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About the Future Vision 
Forum & Foundation
The Future Vision Foundation (FVF) is an independent 501(c)3 not-for-profit 

organization. Founded in 2017 by Dr. Suber Huang and Jennifer Deutsch, FVF’s mission 

is to inspire and accelerate vision research by uniting visionary leaders worldwide in 

scientific collaboration and celebrate groundbreaking advancements in sight through 

impactful films filled with discovery and hope.

The Future Vision Forum is a strategic, think-tank-style meeting convened annually 

and chartered under the Future Vision Foundation. This first-in-kind scientific meeting 

unites visionary leaders in ophthalmology, visual science, and allied fields that share 

basic science, translational, and clinical viewpoints on the most critical topics of 

emerging research. It offers a unique opportunity for strategic leaders in research and 

development to interact as integrated faculty with distinguished, multidisciplinary 

experts to anticipate and forecast the future of ophthalmology and vision research. 

For more information on the Future Vision Foundation and the Future Vision Forum, 

visit www.futurevisionfound.org.
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Monday, September 11

Breakfast in DuPont B

Welcome by Suber Huang

Session #1: Gene Therapy Approaches to Inherited Disease 

Overview by Jean Bennett 

Panel Discussion moderated by Jean Bennett and Suber Huang 

  • Conventional AAV (Bryan, S. Hopkins, Pennesi, Yiu, Wellman)

  • Strategies for large genes (Bell, Brooks, Song, Pennesi, Sorscher)

  • Strategies for dominant diseases with toxic gain of function mutations (S. Hopkins, LeRoy, Pierce, Singh, Stone)

  • CRISPR and DNA/RNA—Induced modification of physiologic status (Hardcastle, High, Pierce, Tsang, Yiu)

Break

Session 2: Stem Cell Transplantation and Cell-Based Therapies for IRD 

Overview by Budd Tucker 

Panel Discussion moderated by Budd Tucker and Suber Huang 

  • Autologous or not (Bharti, Singh, Sorscher, Williams, Zack)

  • Type of cell (Clegg, Danos, Singh, Svendsen, Temple, Williams)

  • Role of polymer support (Baranov, Hardcastle, Lavik, Reh, Zarbin)

  • CGMP manufacturing considerations (Brooks, Bryan, Clegg, Su, Svendsen)

Lunch in DuPont B

Session 3: Gene-Agnostic Approaches to Inherited Disease 

Overview by Erin Lavik

Panel Discussion moderated by Erin Lavik and Suber Huang 

  • High-throughput drug discovery (J. Hopkins, Moroi, Shoichet, Trzupek, Young)

  • Small molecule therapy (Chan, Kiss, Sorscher, Yiu)

  •  Gene therapy using “generic” approaches such as factors, which confer metabolic support, block apoptosis,           

reduction of oxidative stress, ad trophic factors (Hardcastle, Reh, Su, Temple, Young)

  •  Optogenetics (Bell, Danos, Sahel, Su, Ting)

Break

Session 4: Improving Clinical Trials – What’s Holding Us Back? 

Overview by Mandeep Singh

Panel Discussion moderated by Mandeep Singh and Suber Huang 

  • Why “curing” disease is different than “managing” disease (Bharti, Klassen, Lavik, Sahel, Salzman)

  • Safeguarding patients and the public trust—The Regulatory Agencies (Chambers, Chiang, Petrou, Williams, Zarbin)

  •  Understanding ethical and legal considerations of US and ex-US Regulatory Agencies. Is there a better way? (Bennett, 

Bryan, Chambers, Menzo, Stone, Truzpek)

  •  Natural history of diseases and steps needed to approve new clinically relevant endpoints (Bell, Bryan, Csaky,                  

S. Hopkins, Plowman)

  • What about glaucoma? (Baranov, Moroi, Saroj, Song, Yankovskaya)

Day one review + preview of day two

Adjourn 

Gather at hotel lobby to walk to Cosmos Club

Cocktail hour

Future Vision Forum Distinguished Lecturer: Amber Salzman, Ph.D.

Gala dinner

7:30 – 8:30

8:30 – 8:35

8:35 – 10:10

10:10 – 10:25

10:25 – 12:00

12:00 – 1:00

1:00 – 2:20

2:20 – 2:35

2:35 – 4:00

4:00 – 4:10

4:10

 5:45

6:00 – 6:45

6:45 – 7:15

7:15 – 9:00

A.M.

P.M.

Sunday, September 10

Washington Monuments Photo Tour (registered faculty meet at hotel lobby)

Welcome dinner in Foxhall 

4:00 – 7:00

7:00 – 9:00

P.M.

(Meeting held in DuPont A)



presented by

Day 1 Agenda

Contents

JUMP TO

Tuesday, September 12

Breakfast in DuPont B

Welcome by Suber Huang 

Session 5: Improving Clinical Trials – How Can We Do Better? 

Overview by Marco Zarbin

Panel Discussion moderated by Marco Zarbin and Suber Huang 

  •   Development of novel biometrics and technology to permit early assessment of toxicity and efficacy of therapy       

(Brooks, Chambers, J. Hopkins, Plowman, Stone, Wellman)

  • Optimizing clinical trials and the role of clinical trial centers (Bennett, Csaky, LeRoy, Pennesi, Pierce, Sahel)

  • Role of artificial intelligence and federated machine learning in recruitment (Baranov, Chiang, Hardcastle, Moroi, Ting)

  • N1 of trials (Chambers, Bennett, Bryan, Kiss, Shoichet, Tsang)

  • Catalyze the cure—Role of affected individuals, families, advocacy, philanthropy (Chan, Klassen, Menzo, Salzman, Truzpek) 

Break

Session 6: Socioeconomics of Therapy for Rare Diseases 

Overview by Jason Menzo 

Panel Discussion moderated by Jason Menzo and Suber Huang 

  • Financing clinical trials, what can be done to lower the cost? (Chan, LeRoy, Schoichet, Stone, Tucker)

  • How is the price set for a drug? (Brooks, High, Salzman, Saroj, Yankovskaya)

  •   How can the marketplace be incentivized to develop new therapies for rare diseases? (Danos, J. Hopkins, Saroj,    

Wellman, Yankovskaya)

  •  How can patients, health systems, and stakeholders afford treatments for rare diseases? (Bell, Chiang, High, J. Hopkins, 

Petrou, Temple)

  • New paradigms in healthcare finance that accelerate biomedical innovation (Bennett, Klassen, Petrou, Salzman, Williams)

Lunch in DuPont B

Session 7: Developing a Consensus Statement, Recommendations, and Action Steps 

Overview of goals and objectives by Suber Huang

Panelists include Jean Bennett, Edwin Stone, Budd Tucker, and Marco Zarbin 

Closing remarks, acknowledgments, adjourn, and departure

7:30 – 8:30

8:30 – 8:35

8:35 – 10:10

10:10 – 10:25

10:25 – 12:00

12:00 – 1:00

1:00 – 4:00

4:00 – 4:05

A.M.

P.M.

(Meeting held in DuPont A)

DuPont Ballroom

Foxhall

Lo
bby

DuPont Circle Hotel
Ground Floor
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Eric Pierce, MD, Ph.D.
Ocular Genomics Institute

Scooter Plowman, MD, Ph.D.
Verily Life Sciences

Thomas Reh, Ph.D.
University of Washington

José-Alain Sahel, MD
University of Pittsburgh/Spring Vision

Amber Salzman, Ph.D.
Epic Bio

Namrata Saroj, OD
All Eyes Consulting

Molly Shoichet, Ph.D.
University of Toronto 

Mandeep Singh, MD, Ph.D., MBBS
Johns Hopkins University/Wilmer Eye Institute 

Hongman Song, Ph.D. 
National Institute of Health

Eric Sorscher, MD, Ph.D. 
Emory University 

Edwin Stone, MD, Ph.D.
University of Iowa/Institute of Vision Research

Xinyi Su, Ph.D., MMed, FAMS, MBChir
National University Hospital, Singapore

Clive Svendsen, Ph.D.
Cedars Sinai Medical Center 

Sally Temple, Ph.D.
Neural Stem Cell Institute

Daniel Ting, Ph.D., MBBS
Singapore National Eye Center

Karmen Trzupek, MS, CGC
Global Genes 

Stephen Tsang, MD, Ph.D.
Columbia University 

Budd Tucker, Ph.D.
University of Iowa/Institute of Vision Research

Jennifer Wellman, COO
Akouos

David Williams, MD
Boston Children’s Hospital 

Yelena Yankovskaya, PharmD, MBA
Genentech

Glenn Yiu, MD, Ph.D.
University of California, Davis 

Michael Young, Ph.D.
Massachusetts Eye and Ear

Don Zack, MD, Ph.D. 
Johns Hopkins University/Wilmer Eye Institute

Marco Zarbin, MD, Ph.D.
Rutgers University
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Petr Baranov, MD, Ph.D.
Harvard Medical School/Massachusetts Eye and Ear  

Robert Bell, Ph.D.
Ascidian Therapeutics

Jean Bennett, MD, Ph.D. 
University of Pennsylvania, Perelman School of Medicine 

Kapli Bharti, Ph.D.
National Eye Institute/NIH

Brian Brooks, MD, Ph.D.
National Eye Institute/NIH

Wilson W. Bryan, Ph.D.
Federal Drug Administration (Retired)

Wiley Chambers, MD
Federal Drug Administration

Hwei-Wuen Chan, MD
National University Hospital, Singapore 

Michael Chiang, MD, Ph.D.
National Eye Institute/NIH

Dennis Clegg, Ph.D.
University of California, Santa Barbara 

Karl Csaky, MD, Ph.D.
Retina Foundation 

Olivier Danos, Ph.D.
REGENXBIO

Alison Hardcastle, Ph.D.
UCL Institute of Ophthalmology

Katherine High, MD
SPARK Therapeutics/CRISPR Therapeutics 

Jill Hopkins, MD
Novartis

Sam Hopkins, Ph.D.
Therapetics

Suber S. Huang, MD, MBA
Retina Center of Ohio/Bascom Palmer Eye Institute

Szilárd Kiss, MD
Cornell University

Henry Klassen, MD, Ph.D.
University of California, Irvine

Erin Lavik, MS, Sc.D.
National Cancer Institute

Bart LeRoy, MD, Ph.D.
Opus Genetics 

Jason Menzo
Foundation Fighting Blindness 

Sayoko Moroi, MD, Ph.D.
Ohio State University

Mark Pennesi, MD, Ph.D. 
Oregon Health & Science University/Casey Eye Institute

Karen Petrou 
Federal Financial Analytics



Dr. Ballios is a fellowship-trained clinician-scientist with a focus on medical retinal disease and a subspecialty in inherited retinal disease. He is an Assistant 

Professor in the Department of Ophthalmology and Vision Sciences at the University of Toronto. He holds an appointment as a clinician-scientist at the 

University Health Network in the Donald K. Johnson Eye Institute and is a staff physician at Sunnybrook Health Sciences Centre and the Kensington Vision 

and Research Centre, where he is also the Director of Clinical Electrophysiology. He is a Scientist at the Krembil Research Institute, where he has a laboratory 

investigating the mechanisms of acquired and inherited retinal disease and the development of new stem cell-based therapies.

Dr. Ballios obtained his MD and Ph.D. degrees at the University of Toronto in the combined MD/Ph.D. program. With a background in material science and 

Engineering Chemistry (Queen’s University), his doctoral work focused on new approaches to the transplantation of stem cells and their progeny for the 

treatment of retinal degeneration. After completing his FRCSC in Ophthalmology at the University of Toronto, he undertook a subspecialty clinical fellowship in 

Inherited Retinal Disease at Massachusetts Eye and Ear and Harvard University. 

Inherited retinal disorders (IRDs) affect an estimated 90,000 Canadians, with a total cost of disease—including healthcare costs, productivity, and well-being—

at upwards of $6.7 billion. IRDs include conditions such as retinitis pigmentosa, Stargardt disease, Leber congenital amaurosis, choroideremia, cone (and cone-

rod) dystrophy, and achromatopsia. More than 270 genes have been identified for inherited monogenic retinal disease. With rare exceptions, treatments do not 

exist for inherited conditions.

New therapies for retinal degeneration are focused on the next generation of regenerative medicines. These include gene and cell-based therapeutics, 

including stem cells.  Several of these approaches are already being applied in clinical trials and therapies. While gene therapy has the potential to correct the 

underlying mechanism of disease in monogeneic disorders, it depends on the presence of viable light-sensitive cells. Stem cell therapy has the potential to 

replace the light-sensitive photoreceptors lost in later-stage disease, when patients have suffered significant vision loss.

Taking advantage of collaboration in fundamental neurobiology, stem cell research, and biomaterials, we developed the first injectable biomaterial-

based delivery system for stem cell transplantation in the retina. We also demonstrated a method to differentiate stem cell-derived photoreceptors with 

unprecedented efficiency to replace damaged photoreceptors in retinal degeneration. We are developing clinical studies and trials to bring new gene and cell 

therapies to patients with retinal disease.
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1. Khalili S, Ballios BG, Belair-Hickey J, Donaldson L, Liu J, Coles BLK, Grisé KN, Baakdhah T, Bader GD, Wallace VA, Bernier G, Shoichet MS, van der Kooy 

D. Induction of rod versus cone photoreceptor-specific progenitors from retinal precursor cells. Stem Cell Res. 2018 Dec;33:215-227. doi: 10.1016/j.

scr.2018.11.005. Epub 2018 Nov 13. PMID: 30453152.

2. Ballios BG, Cooke MJ, Donaldson L, Coles BL, Morshead CM, van der Kooy D, Shoichet MS. A Hyaluronan-Based Injectable Hydrogel Improves the Survival 

and Integration of Stem Cell Progeny following Transplantation. Stem Cell Reports. 2015 Jun 9;4(6):1031-45. doi: 10.1016/j.stemcr.2015.04.008. Epub 2015 

May 14. PMID: 25981414; PMCID: PMC4471829.

3. Ballios BG, Cooke MJ, van der Kooy D, Shoichet MS. A hydrogel-based stem cell delivery system to treat retinal degenerative diseases. Biomaterials. 2010 

Mar;31(9):2555-64. doi: 10.1016/j.biomaterials.2009.12.004. Epub 2010 Jan 6. PMID: 20056272.

4. Ballios BG, Place EM, Martinez-Velazquez L, Pierce EA, Comander JI, Huckfeldt RM. Beyond Sector Retinitis Pigmentosa: Expanding the Phenotype 

and Natural History of the Rhodopsin Gene Codon 106 Mutation (Gly-to-Arg) in Autosomal Dominant Retinitis Pigmentosa. Genes (Basel). 2021 Nov 

23;12(12):1853. doi: 10.3390/genes12121853. PMID: 34946802; PMCID: PMC8701931.

5. Ballios BG, Clarke L, Coles BL, Shoichet MS, Van Der Kooy D. The adult retinal stem cell is a rare cell in the ciliary epithelium whose progeny can 

differentiate into photoreceptors. Biol Open. 2012 Mar 15;1(3):237-46. doi: 10.1242/bio.2012027. Epub 2012 Feb 3. PMID: 23213414; PMCID: PMC3507281.

References:

petr_baranov@meei.harvard.edu

Petr Baranov MD, Ph.D.
Harvard Medical School/Massachusetts Eye and Ear 

mailto:suber.huang%40gmail.com?subject=
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Robert Bell, Ph.D., is the Head of Research at Ascidian Therapeutics, an RNA exon editing company with current programs in retinal, neurological, 

neuromuscular, and other rare disease. Prior to Ascidian, he held various roles of increasing responsibility in Pfizer’s Neuroscience and Rare Disease Research 

Units, where he led lab-based research teams and participated in various business development activities. 

Dr. Bell received a Ph.D. in Pathology, completed an AHA-funded postdoctoral fellowship at the Aab Cardiovascular Research Institute, and held a Research 

Assistant Professor position in the Department of Neurosurgery at the University of Rochester Medical Center. 

He has authored over 30 scientific papers, served on several editorial boards, held a collaborating adjunct faculty appointment at the University of Rhode 

Island Institute for Neuroscience, was a steering committee member for the NIH’s Accelerating Medicines Partnership for Parkinson’s Disease, and is a 

Scientific Advisory Board member for the Hereditary Neuropathy Foundation.
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1. Bell RD (2023) RNA Exon Editing to Treat Stargardt Disease. Foundation Fighting Blindness and RD Fund Investing In Cures Summit. Invited Speaker and 

Panelist

2. Bell RD (2023) Delivering Novel RNA Exon Editing Therapies for Rare Diseases of the Eye and CNS. Drug Delivery to the Brain: Challenges and Progress 

Keystone Meeting. Invited Speaker

3. Bell RD. (2022) Considerations When Developing Blood-Brain Barrier Crossing Drug Delivery Technology. Handb. Exp. Pharmacol. 273, 83-95. 

4. Kondratov O, Kondratova L, Mandel RJ, Coleman K, Savage MA, Gray-Edwards HL, Ness TJ, Rodriguez-Lebron E, Bell RD, Rabinowitz J, Gamlin PD, 

Zolotukhin S. (2021) A comprehensive study of a 29-capsid AAV library in a non-human primate central nervous system. Mol. Ther. 29, 2806-2820.

References:

rbell@ascidian-tx.com

Robert Bell Ph.D.
Ascidian Therapeutics

mailto:suber.huang%40gmail.com?subject=
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Jean Bennett was recruited to the Scheie Eye Institute at the University of Pennsylvania’s School of Medicine in 1992, where she has spent the past 

three decades developing gene-based strategies for treating inherited retinal degeneration. There she has run a true bench-to-bedside translational 

research program and, in the process, has trained hundreds of physician-scientists, many of whom are now leaders in translational research around 

the globe. She was the scientific leader of a team that translated the reversal of blindness in animal models to demonstrate the efficacy and safety of 

gene therapy in children and adults. She was the scientific director of clinical studies at the Children’s Hospital of Philadelphia that led to the first FDA-

approved gene therapy for genetic disease blindness due to RPE65 deficiency. Studies were sponsored by a company that she co-founded but in which 

she waived financial benefit (Spark Therapeutics). She helped develop the primary outcome measure for the 2017 trial that led to the first US FDA-

approved gene therapy product. It also led to the approval of the reagent, “Luxturna,” by the European Medicines Agency. Jean continues to develop 

gene-based therapies for retinal degenerative diseases and to tackle some of the limitations of current gene therapy technologies. She recently co-

founded Opus Genetics to help those patients and families that suffer from conditions that are so rare that they have been neglected by big pharma. 

Jean graduated from Yale College with a BS in Honors Biology, received her Ph.D. (Zoology, Cell, and Developmental Biology) from the University of 

California, Berkeley, and her MD from Harvard Medical School. She then received post-graduate training at Yale University and Johns Hopkins in Human 

Genetics and Developmental Genetics. 

An internationally recognized expert in gene therapy, Dr. Bennett has authored more than 120 peer-reviewed papers. She received The Retina Research 

Foundation Pyron Award, the Retina International Special Recognition Award, The John Scott Award, the Albert C. Muse Prize, the Lluria Liggett Gund 

Award, the Charles L. Schepens Award, the Smithsonian Ingenuity Award, and was a Co-recipient of the Champalimaud Award, the Sanford Lorraine 

Cross Award, the Greenberg Prize to End Blindness and the Future Vision Award. She is a member of the National Academy of Medicine, the National 

Academy of Science, the Association of American Physicians, and the American Academy of Arts and Sciences.

1.  Maguire AM, Bennett J, Aleman EM, Leroy BP, Aleman TS. Clinical Perspective: Treating RPE65-Associated Retinal Dystrophy. Mol Ther. 2021 Feb 

3;29(2):442-463. doi: 10.1016/j.ymthe.2020.11.029. Epub 2020 Dec 3. PMID: 33278565; PMCID: PMC7854308.

2.  Maguire AM, Russell S, Wellman JA, Chung DC, Yu ZF, Tillman A, Wittes J, Pappas J, Elci O, Marshall KA, McCague S, Reichert H, Davis M, Simonelli 

F, Leroy BP, Wright JF, High KA, Bennett J. Efficacy, Safety, and Durability of Voretigene Neparvovec-rzyl in RPE65 Mutation-Associated Inherited 

Retinal Dystrophy: Results of Phase 1 and 3 Trials. Ophthalmology. 2019 Sep;126(9):1273-1285. doi: 10.1016/j.ophtha.2019.06.017. Epub 2019 Jun 22. 

PMID: 31443789.

3. Bennett J, Maguire AM. Lessons Learned from the Development of the First FDA-Approved Gene Therapy Drug, Voretigene Neparvovec-rzyl. Cold 

Spring Harb Perspect Med. 2023 May 2;13(5):a041307. doi: 10.1101/cshperspect.a041307. PMID: 36167727; PMCID: PMC10153797.

References:

jeanbennettJB@gmail.com
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Jean Bennett  MD, Ph.D.
University of Pennsylvania, Perelman School of Medicine 
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Dr. Kapil Bharti obtained his Ph.D. from J.W. Goethe University, Frankfurt, Germany, graduating summa cum laude. His Ph.D. work involved research in 

the areas of molecular chaperones and epigenetics. He did his postdoc at the National Institutes of Health (NIH), where he published numerous papers 

in the areas of transcription regulation, pigment cell biology, and developmental biology of the eye. His lab at the National Eye Institute (NEI) recently 

received started the first U.S. phase I/IIa trial to test an autologous iPSC-derived RPE patch in AMD patients. Currently, he is co-developing a dual RPE/

photoreceptor cell therapy with Opsis Therapeutics. 

He has given several keynote lectures and won several awards, including being the first Earl Stadtman Tenure Track Investigator at NEI, NIH Director’s 

award, NEI Director’s Dr. Karl Kupfer Visionary award, and 12th Sayer Vision Research Lecture at NEI for his revolutionary work on developing ocular 

cell-therapies. 

Dr. Bharti serves on the advisory board (pro bono) of several companies and patient-advocacy groups. His current work as a Senior Investigator at 

NEI involves understanding the mechanism of retinal degenerative diseases using induced pluripotent stem cell-derived eye cells and tissues and 

developing cell-based and drug-based therapies for such diseases. He is also the Director of the NEI Intramural Research Program, where he oversees 

21 research labs and six core facilities.

1. Song MJ, Quinn R, Nguyen E, Hampton C, Sharma R, Park TS, Koster C, Voss T, Tristan C, Weber C, Singh A, Dejene R, Bose D, Chen YC, Derr P, Derr 

K, Michael S, Barone F, Chen G, Boehm M, Maminishkis A, Singec I, Ferrer M, Bharti K. Bioprinted 3D outer retina barrier uncovers RPE-dependent 

choroidal phenotype in advanced macular degeneration. Nat Methods. 2023 Jan;20(1):149-161. doi: 10.1038/s41592-022-01701-1. Epub 2022 Dec 22. 

PMID: 36550275.

2. Ortolan D, Sharma R, Volkov A, Maminishkis A, Hotaling NA, Huryn LA, Cukras C, Di Marco S, Bisti S, Bharti K. Single-cell-resolution map of 

human retinal pigment epithelium helps discover subpopulations with differential disease sensitivity. Proc Natl Acad Sci U S A. 2022 May 

10;119(19):e2117553119. doi: 10.1073/pnas.2117553119. Epub 2022 May 6. PMID: 35522714; PMCID: PMC9171647.

3. Sharma R, Khristov V, Rising A, Jha BS, Dejene R, Hotaling N, Li Y, Stoddard J, Stankewicz C, Wan Q, Zhang C, Campos MM, Miyagishima KJ, 

McGaughey D, Villasmil R, Mattapallil M, Stanzel B, Qian H, Wong W, Chase L, Charles S, McGill T, Miller S, Maminishkis A, Amaral J, Bharti K. 

Clinical-grade stem cell-derived retinal pigment epithelium patch rescues retinal degeneration in rodents and pigs. Sci Transl Med. 2019 Jan 

16;11(475):eaat5580. doi: 10.1126/scitranslmed.aat5580. Erratum in: Sci Transl Med. 2019 Feb 6;11(478): PMID: 30651323; PMCID: PMC8784963.

References:

kapil.bharti@nih.gov
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Kapil Bharti Ph.D.
National Eye Institute/National Institutes of Health
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Dr. Brooks received his MD and Ph.D. (pharmacology) degrees from the University of Pennsylvania and completed residency/pediatric ophthalmology 

fellowship training at the University of Michigan. He completed training in medical genetics and is one of only a few individuals in the US boarded both 

by the American Board of Medical Genetics & Genomics and the American Board of Ophthalmology. After fellowship training, he joined the National Eye 

Institute, where he has served as Chief of the Ophthalmic Genetics & Visual Function Branch (2014 – present) and Clinical Director (2016 – 2022). 

Awards and honors include election to the American Society for Clinical Investigation (2013), the Camras Translational Research Award (Association 

for Research in Vision and Ophthalmology, 2011), and the Alan S. Rabson Award for Clinical Care (2017, the NIH’s highest honor for excellence in clinical 

care). In 2010, President Obama awarded him the Presidential Early Career Award for Scientists and Engineers, the nation’s highest award for early 

career scientists and engineers.

He currently serves as Editor-in-Chief of the journal Ophthalmic Genetics. He has published over 110 peer-reviewed publications, authored numerous 

book chapters and reviews, and has been an invited speaker throughout the US and internationally.

1. Pfau M, Cukras CA, Huryn LA, Zein WM, Ullah E, Boyle MP, Turriff A, Chen MA, Hinduja AS, Siebel HE, Hufnagel RB, Jeffrey BG, Brooks BP. 

Photoreceptor degeneration in ABCA4-associated retinopathy and its genetic correlates. JCI Insight. 2022 Jan 25;7(2):e155373. doi: 10.1172/jci.

insight.155373. PMID: 35076026; PMCID: PMC8855828.

2. Adams DR, Menezes S, Jauregui R, Valivullah ZM, Power B, Abraham M, Jeffrey BG, Garced A, Alur RP, Cunningham D, Wiggs E, Merideth MA, 

Chiang PW, Bernstein S, Ito S, Wakamatsu K, Jack RM, Introne WJ, Gahl WA, Brooks BP. One-year pilot study on the effects of nitisinone on 

melanin in patients with OCA-1B. JCI Insight. 2019 Jan 24;4(2):e124387. doi: 10.1172/jci.insight.124387. PMID: 30674731; PMCID: PMC6413781.

3. Lahrouchi N, George A, Ratbi I, Schneider R, Elalaoui SC, Moosa S, Bharti S, Sharma R, Abu-Asab M, Onojafe F, Adadi N, Lodder EM, Laarabi FZ, 

Lamsyah Y, Elorch H, Chebbar I, Postma AV, Lougaris V, Plebani A, Altmueller J, Kyrieleis H, Meiner V, McNeill H, Bharti K, Lyonnet S, Wollnik 

B, Henrion-Caude A, Berraho A, Hildebrandt F, Bezzina CR, Brooks BP, Sefiani A. Homozygous frameshift mutations in FAT1 cause a syndrome 

characterized by colobomatous-microphthalmia, ptosis, nephropathy and syndactyly. Nat Commun. 2019 Mar 12;10(1):1180. doi: 10.1038/s41467-

019-08547-w. PMID: 30862798; PMCID: PMC6414540.

4. George A, Sharma R, Pfister T, Abu-Asab M, Hotaling N, Bose D, DeYoung C, Chang J, Adams DR, Cogliati T, Bharti K, Brooks BP. In vitro disease 

modeling of oculocutaneous albinism type 1 and 2 using human induced pluripotent stem cell-derived retinal pigment epithelium. Stem Cell 

Reports. 2022 Jan 11;17(1):173-186. doi: 10.1016/j.stemcr.2021.11.016. PMID: 35021041; PMCID: PMC8758966.

References:

brooksb@nei.nih.gov
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Brian Brooks MD, Ph.D.
National Eye Institute/National Institutes of Health
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Wilson Bryan is a neurologist who graduated from the University of Chicago Pritzker School of Medicine. Dr. Bryan served on the neurology faculty 

of the University of Texas Southwestern Medical School for 13 years. He has been an investigator on clinical trials in cerebrovascular disease and 

neuromuscular disorders, particularly amyotrophic lateral sclerosis. 

Dr. Bryan joined the United States Food and Drug Administration (FDA) in 2000. From 2016 until his recent retirement, he served as Director of the 

Office of Tissues and Advanced Therapies (OTAT) in the FDA’s Center for Biologics Evaluation and Research (CBER). OTAT was responsible for the 

regulation of gene therapies, cellular therapies, genetically-modified cells (e.g., chimeric antigen receptor T cells), tissue-engineered products, plasma 

protein therapeutics (e.g., immunoglobulins; coagulation factors), selected medical devices, and xenotransplantation, covering a full range of medical 

indications. Of the thousands of applications in the OTAT portfolio, approximately 50% were for the treatment of rare diseases. OTAT also developed 

processes and standards for the new Regenerative Medicine Advanced Therapy (RMAT) designation. 

Dr. Bryan recently joined Greenleaf Health, Inc. (Greenleaf), an FDA regulatory consulting firm, as Executive Vice President, Drug and Biological Products.

1. Xu L, Irony I, Bryan WW, Dunn B.  Development of gene therapies – lessons from nusinersen. Gene Therapy 2017; 24(9): 527-528.

2. Wang XF, Bryan W, Xu L. Breakthrough Therapy Designation and Regenerative Medicine Advanced Therapy Designation Programs in Cellular and 

Gene Therapies. Cell Gene Therapy Insights 2018; 4(6): 563-571.

3. Foster M, Negash Y, Eberhardt L, Bryan WW, Schultz K, Wang X, Xu Y, George B.  Cross-study safety analysis of risk factors in CAR T cell clinical 

trials: An FDA database pilot project. Molecular Therapy: Oncolytics 2022 (27): 182-194
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Wiley A. Chambers, MD, is the Director of the Division of Ophthalmology in the Office of New Drugs, Center for Drug Evaluation and Research at the 

Food and Drug Administration (FDA). After receiving an undergraduate degree from Colgate University, Dr. Chambers completed medical school and a 

residency in Ophthalmology at The George Washington University School of Medicine and Health Sciences in Washington, DC. 

He is currently a Clinical Professor of Ophthalmology and Adjunct Assistant Professor of Computer Medicine at The George Washington University. 

He joined the FDA in 1987 as a primary reviewer for ophthalmic drug products and, in 1990, became a Supervisory Medical Officer for Ophthalmologic 

Drug Products. In this capacity, Dr. Chambers has supervisory responsibility for the clinical review of ophthalmologic drug products and ophthalmic 

therapeutic biologic products submitted to the Center for Drug Evaluation and Research. 

Additionally, Dr. Chambers is the recipient of numerous Public Health Service, FDA, and Center for Drug Evaluation and Research awards for his work 

with the FDA, and he has served as the American Academy of Ophthalmology’s Delegate to past United States Pharmacopeia Conventions. 

1. Fallah J, Brave MH, Weinstock C, Mehta GU, Bradford D, Gittleman H, Bloomquist EW, Charlab R, Hamed SS, Miller CP, Dorff SE, Chambers 

WA, Mixter BD, Dinin J, Pierce WF, Ricks TK, Tang S, Donoghue M, Pazdur R, Amiri-Kordestani L, Ibrahim A, Beaver JA. FDA Approval Summary: 

Belzutifan for von Hippel-Lindau Disease-Associated Tumors. Clin Cancer Res. 2022 Nov 14;28(22):4843-4848. doi: 10.1158/1078-0432.CCR-22-

1054. PMID: 35727604; PMCID: PMC9669093.

2. Chambers WA. Waste No More. Ophthalmology. 2021 Dec;128(12):1667-1668. doi: 10.1016/j.ophtha.2021.09.003. Epub 2021 Sep 14. PMID: 34530007.

3. Schachat AP, Chambers WA, Liesegang TJ, Albert DA. Safe and effective. Ophthalmology. 2003 Nov;110(11):2073-4. doi: 10.1016/S0161-

6420(03)01004-2. PMID: 14597511.
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Dr. Chan is a Senior Consultant Ophthalmic Surgeon at the National University Hospital and Assistant Professor of Ophthalmology at Yong Loo Lin 

School of Medicine, National University Singapore. She serves as Program Director of the Ophthalmology Residency Program at National University 

Health Systems.

Dr. Chan is a specialist in medical retina, vitreoretinal, and complex cataract surgery. Her subspecialty interest is in Ophthalmic Genetics and Inherited 

Retinal Diseases (IRD). She leads Singapore’s first dedicated IRD service caring for local and international patients. Her main research areas include 

phenotype-genotype correlation studies in IRD with a special focus on ABCA4-related retinopathy, for which she was awarded the NMRC grant (CS-IRG-

NIG) and RNA-based therapeutics. 

Dr. Chan is a founding member of the EURETINA IRD & Paediatric Retina Subspecialty Group. She is the founding leader of the Asia Pacific Inherited 

Eye Diseases (APIED) network with Prof Guy Chen. The network is supported by the Asia Pacific Academy of Ophthalmology (APAO) research standing 

committee and the Asia Pacific Society of Eye Genetics. Areas of clinical and research focus of the APIED network include standardization of 

phenotyping and genotyping, establishing a unified data registry, and harnessing therapeutic development in IRD within the Asia Pacific region. 

1. Seah I, Goh D, Chan HW, Su X. Developing Non-Human Primate Models of Inherited Retinal Diseases. Genes (Basel). 2022 Feb 14;13(2):344. doi: 

10.3390/genes13020344. PMID: 35205388.

2. Tanner A, Chan HW, Stears A, Moosajee M. Bilateral macular drusen in acquired partial lipodystrophy with type 2 membranoproliferative 

glomerulonephritis. BMJ Case Rep. 2021 Jun 21;14(6):e241666. doi: 10.1136/bcr-2021-241666. PMID: 34155011

3. Tan TE, Chan HW, Singh M, Wong TY, Pulido JS, Michaelides M, Sohn EH, Ting D. Artificial intelligence for diagnosis of inherited retinal disease: 

an exciting opportunity and one step forward. Br J Ophthalmol. 2021 May 24:bjophthalmol-2021-319365. doi: 10.1136/bjophthalmol-2021-319365. 

PMID: 34031045

4. Chan HW, Tailor VK, Malka S, Schiff E, Neveu MM, Theodorou M, Moosajee M. Prospective study of the phenotypic and mutational spectrum of 

ocular albinism and oculocutaneous albinism. Genes (Basel). 2021 Mar 30;12(4):508. doi: 10.3390/genes12040508. PMID: 33808351
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Michael F. Chiang is Director of the National Eye Institute, at the National Institutes of Health in Bethesda, Maryland. By background, he is a pediatric 

ophthalmologist and is also board-certified in clinical informatics. His research focuses on the interface of biomedical informatics and clinical 

ophthalmology in areas such as retinopathy of prematurity (ROP), telehealth, artificial intelligence, electronic health records, data science, and 

genotype-phenotype correlation. He is an Adjunct Investigator at the National Library of Medicine, and his group has published over 250 peer-reviewed 

papers and developed an assistive artificial intelligence system for ROP that received Breakthrough Status from the U.S. Food and Drug Administration.

Dr. Chiang began at NIH in November 2020. He serves as Co-Chair of a trans-NIH working group for high-value data asset sustainability, Chair of a 

trans-NIH clinical trials infrastructure working group, Co-Chair of a trans-NIH medical imaging working group, Co-Chair of the NIH AIM-AHEAD advisory 

committee, Co-Chair of the NIH Common Fund Bridge2AI program, and Co-Chair of the NIH Scientific Data Council. Before coming to NIH, he received a 

BS in Electrical Engineering and Biology from Stanford University, an MD from Harvard Medical School and the Harvard-MIT Division of Health Sciences 

and Technology, and an MA in Biomedical Informatics from Columbia University. He completed residency and pediatric ophthalmology fellowship 

training at the Johns Hopkins Wilmer Eye Institute. Between 2001-2010, he worked at Columbia University, where he was Anne S. Cohen Associate 

Professor of Ophthalmology & Biomedical Informatics, director of medical student education in ophthalmology, and director of the introductory 

graduate student course in biomedical informatics. From 2010-2020, he worked at Oregon Health & Science University (OHSU), where he was the 

Knowles Professor of Ophthalmology & Medical Informatics and Clinical Epidemiology and Associate Director of the Casey Eye Institute. He co-directed 

an NIH-funded T32 training program in visual science for graduate students and research fellows, as well as an NIH-funded K12 clinician-scientist 

program at OHSU.

He previously served as a member of the American Academy of Ophthalmology (AAO) Board of Trustees, Chair of the AAO IRIS Registry Data Analytics 

Committee, Chair of the AAO Artificial Intelligence Committee, Chair of the AAO Medical Information Technology Committee, and on numerous 

other national and local committees. He currently serves as an Associate Editor for the Journal of the American Medical Informatics Association 

and is an Associate Editor of the textbook Biomedical Informatics: Computer Applications in Health Care and Biomedicine. He has previously served 

as an Associate Editor for the Journal of the American Association for Pediatric Ophthalmology and Strabismus, and on the Editorial Boards for 

Ophthalmology, Ophthalmology Retina, and the Asia-Pacific Journal of Ophthalmology. 

1. Van Gelder RN, Chiang MF, Dyer MA, Greenwell TN, Levin LA, Wong RO, Svendsen CN. Regenerative and restorative medicine for eye disease. Nat 

Med. 2022 Jun;28(6):1149-1156. doi: 10.1038/s41591-022-01862-8. Epub 2022 Jun 17. Erratum in: Nat Med. 2022 Oct;28(10):2218. PMID: 35715505.  

2. Becker SM, Tumminia SJ, Chiang MF. The NEI Audacious Goals Initiative: Advancing the Frontier of Regenerative Medicine. Transl Vis Sci Technol. 

2021 Aug 12;10(10):2. doi: 10.1167/tvst.10.10.2. PMID: 34383880; PMCID: PMC8362633.
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Dr. Clegg earned his BS degree in biochemistry at UC Davis and his Ph.D. in biochemistry at UC Berkeley, where he used emerging methods in recombinant 

DNA to study the sensory transduction systems of bacteria. As a Jane Coffin Childs Postdoctoral Scholar at UCSF, he studied neural development and 

regeneration. He has continued this avenue of research since joining the UCSB faculty, with studies of extracellular matrix and integrin function in the 

developing eye. His current emphasis is in stem cell research, with a focus on developing therapies for ocular disease.

Dr. Clegg is the recipient of the UCSB Distinguished Teaching Award in the Physical Sciences, the Pacific Coast Business Times Champions in Health Care 

Award, the National Eye Institute Audacious Goals Award, the Braille Institute Award of Excellence, and served as Chair of the Department of Molecular, 

Cellular and Developmental Biology from 2004-2009. 

He has been a Frontiers of Vision Research Lecturer at the National Eye Institute, a Keynote Lecturer at the Stem Cells World Congress, and a TEDx speaker. 

He is the founder and Co-Director of the UCSB Center for Stem Cell Biology and Engineering and has served on advisory boards for the California Institute 

for Regenerative Medicine and the National Institutes of Health Center for Regenerative Medicine. He is a Co-Principal Investigator of The California Project 

to Cure Blindness, a multi-disciplinary effort to develop a stem cell therapy for Age-Related Macular Degeneration.

1. Kashani AH, Lebkowski JS, Rahhal FM, Avery RL, Salehi-Had H, Dang W, Lin CM, Mitra D, Zhu D, Thomas BB, Hikita ST, Pennington BO, Johnson LV, 

Clegg DO, Hinton DR, Humayun MS. A bioengineered retinal pigment epithelial monolayer for advanced, dry age-related macular degeneration. Sci 

Transl Med. 2018 Apr 4;10(435):eaao4097. doi: 10.1126/scitranslmed.aao4097. PMID: 29618560.

2. Kashani AH, Lebkowski JS, Rahhal FM, Avery RL, Salehi-Had H, Chen S, Chan C, Palejwala N, Ingram A, Dang W, Lin CM, Mitra D, Pennington BO, 

Hinman C, Faynus MA, Bailey JK, Mohan S, Rao N, Johnson LV, Clegg DO, Hinton DR, Humayun MS. One-Year Follow-Up in a Phase 1/2a Clinical Trial of 

an Allogeneic RPE Cell Bioengineered Implant for Advanced Dry Age-Related Macular Degeneration. Transl Vis Sci Technol. 2021 Aug 12;10(10):13. doi: 

10.1167/tvst.10.10.13. PMID: 34613357; PMCID: PMC8496407.

3. Kashani AH, Lebkowski JS, Hinton DR, Zhu D, Faynus MA, Chen S, Rahhal FM, Avery RL, Salehi-Had H, Chan C, Palejwala N, Ingram A, Dang W, Lin 

CM, Mitra D, Martinez-Camarillo JC, Bailey J, Arnold C, Pennington BO, Rao N, Johnson LV, Clegg DO, Humayun MS. Survival of an HLA-mismatched, 

bioengineered RPE implant in dry age-related macular degeneration. Stem Cell Reports. 2022 Mar 8;17(3):448-458. doi: 10.1016/j.stemcr.2022.01.001. 

Epub 2022 Feb 3. PMID: 35120620; PMCID: PMC9039755.
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Dr. Csaky is the T. Boone Pickens Director of the Clinical Center of Innovation for Age-Related Macular Degeneration, Chief Executive, and Chief Medical 

Officer of the Retina Foundation of the Southwest. His main area of interest is studying both clinical research and drug delivery development as it 

pertains to retinal diseases. In particular, Dr. Csaky is involved in multiple clinical trials in retina treatment, is studying vision function assessments of 

patients, and developing drug delivery approaches for the treatment of various retinal diseases. In addition, Dr. Csaky has led several meetings with the 

FDA and NEI on evaluating novel endpoints for retinal diseases.

Dr. Csaky is a member of the Macula Society, Retina Society, and American Academy of Ophthalmology, ARVO, American Ophthalmologic Society 

and the American Society of Retinal Specialists. He finished a retina fellowship at the Wilmer Eye Institute, Johns Hopkins University and a post-

doctoral fellowship at the National Cancer Institute. Dr. Csaky completed an internship in medicine at Duke University, his ophthalmology residency 

at Washington University, and was a Fulbright Scholar at the Essen Eye Clinic, Essen, Germany. He received his combined MD/Ph.D. degree from the 

University of Louisville. Dr. Csaky has over 140 peer-reviewed publications and book chapters.

1. Csaky KG, Richman EA, Ferris FL 3rd. Report from the NEI/FDA Ophthalmic Clinical Trial Design and Endpoints Symposium. Invest Ophthalmol Vis Sci. 

2008 Feb;49(2):479-89. doi: 10.1167/iovs.07-1132. PMID: 18234989.

2. Csaky K, Ferris F 3rd, Chew EY, Nair P, Cheetham JK, Duncan JL. Report From the NEI/FDA Endpoints Workshop on Age-Related Macular Degeneration 

and Inherited Retinal Diseases. Invest Ophthalmol Vis Sci. 2017 Jul 1;58(9):3456-3463. doi: 10.1167/iovs.17-22339. Erratum in: Invest Ophthalmol Vis Sci. 

2017 Aug 1;58(10 ):3960. PMID:28702674;PMCID:PMC5961066.

3. Csaky KG, Patel PJ, Sepah YJ, Birch DG, Do DV, Ip MS, Guymer RH, Luu CD, Gune S, Lin H, Ferrara D. Microperimetry for geographic atrophy secondary 

to age-related macular degeneration. Surv Ophthalmol. 2019 May-Jun;64(3):353-364. doi: 10.1016/j.survophthal.2019.01.014. Epub 2019 Jan 28. PMID: 

30703401; PMCID: PMC6532786

4. Csaky KG. Cross-Sectional Study of Cone Function in Age-Related Macular Degeneration Subjects With Non-foveal Nascent Geographic Atrophy. Am J 

Ophthalmol. 2023 Mar;247:25-34. doi: 10.1016/j.ajo.2022.11.002. Epub 2022 Nov 9. PMID: 36368346.
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Olivier Danos is Executive Vice President and Chief Scientific Officer at REGENXBIO. He is a pioneer in the field of gene therapy and has dedicated his 

career to advancing the use of this technology to develop life-saving therapies for patients. Olivier joined REGENXBIO in 2017 from Biogen, where he 

was a Senior Vice President in charge of Cell and Gene Therapy. Over the past twenty years, he has played leadership roles in cell and gene therapy 

as Director of the Gene Therapy Consortium of the University College of London, at the Necker Hospital - Enfants Malades in Paris, as Chief Scientific 

Officer of Genethon and as senior director of research at Somatix Therapy Corporation. 

He has held senior research positions in France at the Centre National de la Recherche Scientifique and at the  Institut Pasteur. Olivier is the former 

President and a founding member of the European Society of Gene and Cell Therapy.

Olivier received a Master’s in Genetics and Molecular Biology at the University of Paris Orsay and his Ph.D. at the Pasteur Institute and the University of 

Paris Diderot.

1. GluK2 Is a Target for Gene Therapy in Drug-Resistant Temporal Lobe Epilepsy. Boileau C, Deforges S, Peret A, Scavarda D, Bartolomei F, Giles A, 

Partouche N, Gautron J, Viotti J, Janowitz H, Penchet G, Marchal C, Lagarde S, Trebuchon A, Villeneuve N, Rumi J, Marissal T, Khazipov R, Khalilov I, 

Martineau F, Maréchal M, Lepine A, Milh M, Figarella-Branger D, Dougy E, Tong S, Appay R, Baudouin S, Mercer A, Smith JB, Danos O, Porter R, Mulle C, 

Crépel V.Ann Neurol. 2023 Jun 21. 

2. Microdystrophin Expression as a Surrogate Endpoint for Duchenne Muscular Dystrophy Clinical Trials. Chamberlain JS, Robb M, Braun S, Brown 

KJ, Danos O, Ganot A, Gonzalez-Alegre P, Hunter N, McDonald C, Morris C, Tobolowsky M, Wagner KR, Ziolkowski O, Duan D.Hum Gene Ther. 2023 

May;34(9-10):404-415.

3. AAV8-vectored suprachoroidal gene transfer produces widespread ocular transgene expression. Ding K, Shen J, Hafiz Z, Hackett SF, Silva RLE, Khan 

M, Lorenc VE, Chen D, Chadha R, Zhang M, Van Everen S, Buss N, Fiscella M, Danos O, Campochiaro PA.J Clin Invest. 2019 Aug 13;129(11):4901-4911. doi: 

10.1172/JCI129085.

4. Long-Term Engraftment and Fetal Globin Induction upon BCL11A Gene Editing in Bone-Marrow-Derived CD34+ Hematopoietic Stem and Progenitor 

Cells. Chang KH, Smith SE, Sullivan T, Chen K, Zhou Q, West JA, Liu M, Liu Y, Vieira BF, Sun C, Hong VP, Zhang M, Yang X, Reik A, Urnov FD, Rebar EJ, 

Holmes MC, Danos O, Jiang H, Tan S.Mol Ther Methods Clin Dev. 2017 Jan 11;4:137-148. 

5. Intracerebral administration of adeno-associated viral vector serotype rh.10 carrying human SGSH and SUMF1 cDNAs in children with 

mucopolysaccharidosis type IIIA disease: results of a phase I/II trial. Tardieu M, Zérah M, Husson B, de Bournonville S, Deiva K, Adamsbaum C, 

Vincent F, Hocquemiller M, Broissand C, Furlan V, Ballabio A, Fraldi A, Crystal RG, Baugnon T, Roujeau T, Heard JM, Danos O.Hum Gene Ther. 2014 

Jun;25(6):506-16.
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Professor Alison Hardcastle, Deputy Director of UCL Institute of Ophthalmology, is a molecular geneticist specializing in inherited eye diseases. Her 

research harnesses next-generation sequencing to identify novel genomic causes of disease, including previously intractable variants such as structural 

variants, and non-coding mutations deep within introns or regulatory regions. 

The Hardcastle Lab experimentally tests mechanisms of disease in patient-derived induced pluripotent stem cells differentiated to RPE, 3D retinal 

organoids, and corneal epithelial cells. These models enable the study of pathogenic variants in genomic and cellular contexts, and the development of 

potential therapies such as AAV gene augmentation, gene editing, and antisense oligonucleotides.  

1. de Bruijn SE, Fiorentino A, Ottaviani D, Fanucchi S, Melo US, Corral-Serrano JC, Mulders T, Georgiou M, Rivolta C, Pontikos N, Arno G, Roberts L, 

Greenberg J, Albert S, Gilissen C, Aben M, Rebello G, Mead S, Raymond FL, Corominas J, Smith CEL, Kremer H, Downes S, Black GC, Webster AR, 

Inglehearn CF, van den Born LI, Koenekoop RK, Michaelides M, Ramesar RS, Hoyng CB, Mundlos S, Mhlanga MM, Cremers FPM, Cheetham ME, Roosing 

S, Hardcastle AJ. Structural Variants Create New Topological-Associated Domains and Ectopic Retinal Enhancer-Gene Contact in Dominant Retinitis 

Pigmentosa. Am J Hum Genet. 2020 Nov 5;107(5):802-814. doi: 10.1016/j.ajhg.2020.09.002. Epub 2020 Oct 5. PMID: 33022222; PMCID: PMC7675008.

2. Lane A, Jovanovic K, Shortall C, Ottaviani D, Panes AB, Schwarz N, Guarascio R, Hayes MJ, Palfi A, Chadderton N, Farrar GJ, Hardcastle AJ, Cheetham 

ME. Modeling and Rescue of RP2 Retinitis Pigmentosa Using iPSC-Derived Retinal Organoids. Stem Cell Reports. 2020 Jul 14;15(1):67-79. doi: 10.1016/j.

stemcr.2020.05.007. Epub 2020 Jun 11. PMID: 32531192; PMCID: PMC7363745.

3. Zarouchlioti C, Sanchez-Pintado B, Hafford Tear NJ, Klein P, Liskova P, Dulla K, Semo M, Vugler AA, Muthusamy K, Dudakova L, Levis HJ, Skalicka P, 

Hysi P, Cheetham ME, Tuft SJ, Adamson P, Hardcastle AJ, Davidson AE. Antisense Therapy for a Common Corneal Dystrophy Ameliorates TCF4 Repeat 

Expansion-Mediated Toxicity. Am J Hum Genet. 2018 Apr 5;102(4):528-539. doi: 10.1016/j.ajhg.2018.02.010. Epub 2018 Mar 8. PMID: 29526280; PMCID: 

PMC5985359.

4. Liskova P, Dudakova L, Evans CJ, Rojas Lopez KE, Pontikos N, Athanasiou D, Jama H, Sach J, Skalicka P, Stranecky V, Kmoch S, Thaung C, Filipec M, 

Cheetham ME, Davidson AE, Tuft SJ, Hardcastle AJ. Ectopic GRHL2 Expression Due to Non-coding Mutations Promotes Cell State Transition and 

Causes Posterior Polymorphous Corneal Dystrophy 4. Am J Hum Genet. 2018 Mar 1;102(3):447-459. doi: 10.1016/j.ajhg.2018.02.002. PMID: 29499165; 

PMCID: PMC5985340.

5. Parfitt DA, Lane A, Ramsden CM, Carr AF, Munro PM, Jovanovic K, Schwarz N, Kanuga N, Muthiah MN, Hull S, Gallo JM, da Cruz L, Moore AT, Hardcastle 

AJ, Coffey PJ, Cheetham ME. Identification and Correction of Mechanisms Underlying Inherited Blindness in Human iPSC-Derived Optic Cups. Cell 

Stem Cell. 2016 Jun 2;18(6):769-781. doi: 10.1016/j.stem.2016.03.021. Epub 2016 Apr 14. PMID: 27151457; PMCID: PMC4899423.
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Dr. Katherine High, a hematologist by training, began her career studying the molecular basis of blood coagulation and the development of novel 

therapeutics for the treatment of bleeding disorders. Her pioneering bench-to-bedside studies of gene therapy for hemophilia led to a series of studies 

that characterized the human immune response to gene delivery vectors. Her work evolved to encompass the clinical translation of genetic therapies 

for multiple inherited disorders, and as the director of the Center for Cellular and Molecular Therapeutics at The Children’s Hospital of Philadelphia 

(CHOP), Dr. High assembled a multidisciplinary team of scientists and researchers working to discover new gene and cell therapies for genetic diseases 

and to facilitate rapid translation of preclinical discoveries into clinical application. 

At CHOP and Penn, Dr. High was an investigator of the Howard Hughes Medical Institute and held an endowed chair at the medical school. In 2013, 

Spark Therapeutics, a biotechnology company based in Philadelphia, was formed based on programs that Dr. High had led at Children’s Hospital, and 

in 2014, she joined Spark full-time as President and Head of R&D; in 2019, Spark was acquired by Roche. While at Spark, she led the team that achieved 

the first FDA approval of a gene therapy for a genetic disease in the US, for a rare form of congenital blindness, and led the development of a gene 

therapy for hemophilia B that has now completed late phase testing. Dr. High served a five-year term on the FDA Advisory Committee on Cell, Tissue, 

and Gene Therapies and is a past president of the American Society of Gene & Cell Therapy (ASGCT). 

She received her A.B. in chemistry from Harvard University, an M.D. from the University of North Carolina School of Medicine, and business certification 

from the UNC Business School Management Institute for Hospital Administrators. She currently serves on the Board of Directors of CRISPR 

Therapeutics (NASDAQ: CRSP), and Incyte Corporation (NASDAQ: INCY), and on the Board of Trustees of the College of Physicians of Philadelphia. She is 

the recipient of many honors and awards, is the author of more than 200 scientific papers, and holds multiple issued patents on gene therapy. She is an 

elected member of the National Academy of Medicine (US), the American Academy of Arts and Sciences, the Faculty of Pharmaceutical Medicine of the 

Royal College of Physicians (London), and the National Academy of Sciences. She is currently a Visiting Professor at Rockefeller University in New York.

1. Chung DC, McCague S, Yu Z, Thill S, DiStefano-Pappas J, Bennett J, Cross D, Marshall K Wellman J, and High KA. A novel mobility test to assess 

functional vision in patients with inherited retinal dystrophies. Clinical and Experimental Ophthalmology 46(3):247-259, 2018. 

2. Chung DC, Bertelsen M, Lorenz B, Pennesi ME, Leroy B, Hamel CP, Pierce E, Sallum J, Larsen M, Weleber R, Yang P, Stieger K, Preising M, Place E, Liu E, 

DiStefano-Pappas J, Elci O, McCague S, Wellman J, High KA, Reape K. The natural history of inherited retinal dystrophy due to biallelic mutations in 

the RPE65 gene. American Journal of Ophthalmology 199:58-70, 2019

3. Russell S, Bennett JE, Wellman JA, Chung D, Yu Z, Tillman A, Wittes J, Pappas J, Elci O, McCague S, Cross D,.Marshall KA, Walshire J, Kehoe T, Reichert 

H, Davis M, Raffini, L, George L, Hudson FP, Dingfield L, Zhu, X, Haller J, Stone E,. Sohn EH, Mahajan V, Pfeifer W, Weckmann M, Johnson C, Gewaily D, 

Drack A, Wachtel K, Simonelli F, Leroy B, Wright JF, High KA, Maguire AM.  Efficacy and safety of voretigene neparvovec (AAV2-hRPE65v2) in subjects 

with RPE65-mediated inherited retinal dystrophy: a randomised, controlled, open label phase 3 trial. Lancet 390: 849-60, 2017. 

4. Reape KZ and High KA. Trial by “Firsts”: Clinical Trial Design and Regulatory Considerations in the Development and Approval of the First AAV Gene 

Therapy Product in the United States. Cold Spring Harbor Perspectives in Medicine: Retinal Disorders, 2022 Sep 12:a041312. doi: 10.1101/cshperspect.

a041312

5. 107. High KA, Roncarolo MG. Gene Therapy. N Engl J Med. 2019 Aug 1;381(5):455-464. doi: 10.1056/NEJMra1706910. Frontiers in Medicine. Invited review.
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Jill is an ophthalmologist and retinal specialist with a career spanning three decades in Ophthalmology. She has 20 years of experience in clinical medicine 

and academic research and over 12 years of industry experience in all stages of research development. Jill received her medical degree from McMaster 

University Medical School and completed her ophthalmology residency at the University of Toronto in Canada. Jill has fellowships in Medical Retina from 

Moorfields Hospital/University College London and Visual Electrophysiology from the University of Toronto and the University of Ottawa, Canada. 

Jill spent over 15 years in clinical and academic practice, treating patients of all ages across the full spectrum of retinal diseases. She specialized in 

HIV-related eye disease in London and Toronto, holding cross-division appointments in Ophthalmology and Infectious Disease. She also sub-specialized 

in inherited retinal disorders, and her clinical and academic research included treatments for hereditary retinal degenerations, working on the Argus 

retinal prosthesis and the CNTF trials for retinitis pigmentosa and geographic atrophy while in practice in Los Angeles. She was an Assistant Professor of 

Ophthalmology at the Keck School of Medicine at the University of Southern California and held appointments at Children’s Hospital Los Angeles and the 

University of Toronto Department of Ophthalmology and Visual Sciences. 

Jill recently took on the role of SVP and Global Head of Ophthalmology Development at Novartis, leading a portfolio of drug, device, and digital 

development. Prior to that, she was Global Head of Personalized Healthcare in Ophthalmology at Roche-Genentech, leading a program focusing on the 

clinical application of data, artificial intelligence, and digital technologies to produce a meaningful impact on patient care and outcomes in eye disease. In 

over a decade at Roche-Genentech, she conducted research in age-related macular degeneration and diabetic eye disease, including long-acting delivery to 

the eye with the Port Delivery System. She spent time in early research at Unity Biotechnology as Vice President of Ophthalmology and has led large global 

cross-functional teams in a variety of stages of research. Originally from Canada, she currently lives in San Francisco, California, with her husband and 

three children.

1. Khanani AM, Callanan D, Dreyer R, Chen S, Howard JG, Hopkins JJ, Lin CY, Lorenz-Candlin M, Makadia S, Patel S, Tam T, Gune S; of the Ladder 

Investigators. End-of-Study Results for the Ladder Phase 2 Trial of the Port Delivery System with Ranibizumab for Neovascular Age-Related Macular 

Degeneration. Ophthalmol Retina. 2021 Aug;5(8):775-787. doi: 10.1016/j.oret.2020.11.004. Epub 2020 Nov 18. PMID: 33217618.

2. Hopkins, J. Keane, Pearse A. Balaskas, Konstantinos. Delivering personalized medicine in retinal care: from artificial intelligence algorithms to clinical 

application. Current Opinion in Ophthalmology: September 2020 - Volume 31 - Issue 5 - p 329-336 doi: 10.1097

3. Michael G. Kawczynski; Thomas Bengtsson; Jian Dai; J. Jill Hopkins; Simon S. Gao; Jeffrey R. Willis. Development of Deep Learning Models to Predict 

Best-Corrected Visual Acuity from Optical Coherence Tomography. Translational Vision Science & Technology September 2020, Vol.9, 51. doi:https://

doi.org/10.1167/tvst.9.2.51

4. Sadda SR, Tuomi LL, Ding B, Fung AE, Hopkins JJ. Macular Atrophy in the HARBOR Study for Neovascular Age-Related Macular Degeneration. 

Ophthalmology. 2018 Feb 21. pii: S0161-6420 (17) 32773-2.
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Sam Hopkins is a 1980 alumnus of McDaniel College with a bachelor’s degree in biology cum laude. In 2010, he was awarded the college’s Trustee Alumni 

Award, and in 2016, he received the Alumni Professional Achievement Award. He currently serves as a member of the McDaniel College Board of Trustees.

After graduation from McDaniel College, he entered graduate school as the recipient of an A.D. Williams pre-Doctoral Fellowship and earned a Ph.D. in 

biochemistry and biophysics from the Medical College of Virginia in Richmond, Va. He then received a Wellcome Foundation Post-Doctoral Fellowship and 

completed post-doctoral training at the Wellcome Research Laboratories in Research Triangle Park, N.C.

With more than 39 years of experience in the pharmaceutical industry, Dr. Hopkins has held managerial, scientific, and executive leadership positions at the 

Wellcome Research Laboratories, Trimeris Inc., Parion Sciences, Scynexis Inc., and Autoimmune Technologies. He is currently the Senior Vice President of 

Therapeutics for Asklepios BioPharmaceutical Inc., a gene therapy platform company dedicated to the discovery, development, and marketing of Adeno-

associated virus vectors for the treatment of patients with rare genetic disorders. He leads the company’s clinical research and development efforts in the 

areas of metabolic/neuro-muscular diseases and hematologic disorders.

Throughout his career, he has participated in multiple aspects of anti-viral drug research and development. Most notably, while at Trimeris Inc., he was 

responsible for designing and implementing the non-clinical, clinical, and regulatory strategies that led to the global approval of Fuzeon® (enfuvirtide) for 

the treatment of HIV-1 infection, which was recognized by the U.S. Food and Drug Administration in 2003 as a major milestone in HIV-1 drug development.

A regular presenter at major national and international scientific conferences, he has co-authored over 125 abstracts, patents, and peer-reviewed journal 

articles, including his landmark 1998 publication in Nature Medicine, which has been referenced in the peer-reviewed scientific literature over 1,400 times. 

It established the HIV-1 gp41 transmembrane protein as a valid target for antiviral chemotherapeutic drug discovery and development. He has participated 

in private, as well as public financings and has raised more than $500 million for start-up companies from venture capital sources, National Institutes of 

Health grants and contracts, private equity, corporate partnerships, acquisitions, and public equity markets. In 1997, he completed the Initial Public Offering 

for Trimeris Inc. by registering the company on the NASDAQ. During his tenure, the market capitalization of Trimeris exceeded $4 billion dollars, after which 

the global sales and marketing rights for all company products were licensed to Hoffman LaRoche in 1999. In December 2021, he participated in the $4 

billion dollar acquisition of his current company, Asklepios BioPharmaceutical Inc., by Bayer Pharma AG.

 

Sam lives in Raleigh, North Carolina, and has three children. His oldest, Ray, is a 2020 graduate of McDaniel College, his son, Will, is a 2022 graduate of 

Gettysburg College, and his youngest daughter, Claire, serves in the U.S. Army as a combat medic at Fort Stewart, Georgia.

shopkins@askbio.com

presented by

Day 1 Agenda

Day 2 Agenda

Contents

JUMP TO

Sam Hopkins Ph.D.
Therapetics

1. Edward C. Smith, Sam Hopkins, Laura E. Case, Ming Xu, Crista Walters, Stephanie Dearmey, Sang-oh Han, Tracey Spears, Jessica Chishester, Edward 

Bossen, Christoph P. Hornik, Jennifer Cohen, Deeksha Bali, Priya S. Kishnani, and Dwight Koeberl. Phase 1 Study of Liver Deport Gene Therapy in Late-

onset Pompe Disease. (2023) Molecular Therapy July; 31 (7): 1-11. PMID 36805083. 

2. Hopkins, S., DiMassimo, E., Rusnak, P., Heuman, D., Lalezari, J., Sluder, A., Scorneaux, B., Mosier, S., Kowalczyk., Ribeill, Y., Baugh, J., and Gallay, P. The 

Cyclophilin Inhibitor SCY-635 Suppresses Genotype 1 HCV Replication in Chronically Infected Patients and Induces Endogenous Interferons. (2012) The 

Journal of Hepatology. 57; 47-54. PMID 22425702.

3. J. Michael Kilby, Sam Hopkins, Thomas M. Venetta, Betty DiMassimo, Gretchen A. Cloud, Jeannette Y. Lee, Leslie Alldredge, Eric Hunter, Dennis 

Lambert, Dani Bolognesi, Thomas Matthews, M. Ross Johnson, Martin A. Nowak, George M. Shaw and Michael S. Saag:  Potent suppression of HIV-1 

replication in humans by T-20, a peptide inhibitor of gp41-mediated virus entry. (1998) Nature Medicine, (11) 1302-1307. PMID 9809555.
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Suber S. Huang, MD, MBA, FASRS, is the CEO of the Retina Center of Ohio, Voluntary Assistant Clinical Professor of Ophthalmology at the Bascom Palmer 

Eye Institute, President and CEO of the Future Vision Foundation, and founder of the Future Vision Forum.

Dr. Huang is the founding Editor-in-Chief of the ASRS Retina Atlas and the Retina Image Bank—the world’s largest and most comprehensive open-access 

resources on the retina—and a founding officer of Retina Global. In addition to being widely published, he actively lectures on and conducts clinical trials 

to develop gene and stem cell therapy, cortical vision prosthesis, therapy for onchocerciasis, and immunomodulatory research in diabetes and AMD.

Former leadership positions include President of the ASRS, Chair of the National Eye Health Education Program/NEI, AAO Vice-Chair of Federal Affairs 

and Chair of the Research, Regulatory, and External Scientific Affairs Committee, APVRS Leadership development program, Director of the Retina 

Diseases Image Analysis Reading Center, Director of the Visual Sciences Coordinating Center, and Professor and Vice-Chair of the Philip and Elizabeth 

Searle Department of Ophthalmology at Case Western Reserve University (CWRU). 

Dr. Huang is an inductee to the Retina Hall of Fame, has received the “Top Doctors”, “Best Doctors in America” awards each year since 2003, the AAO 

Secretariat (2), Senior Honor Awards, ASRS Presidential, Senior Achievement and Honor Awards. He received the APAO Jose Rizal International Medal, 

APVRS International Award, Chinese Vitreo-Retinal Society Senior Honor Award, Vitreo-Retinal Society of India President’s Award, the Johns Hopkins 

University School of Medicine/Wilmer Eye Institute Distinguished Alumnus Award, CWRU Department of Ophthalmology Attending of the Year and 

cherishes the CWRU Humanism in Medicine award given to the faculty member who most demonstrates compassion and professionalism in the care 

of patients and their families. Other awards include the Rainbow Babies and Children’s Hospital Pediatric Innovation, OPS J. Donald M. Gass MD award, 

International Congress of Ophthalmic Photographers, the National Diversity Council Leadership Excellence Award, and the Cleveland Sight Center Person 

of the Year. Dr. Huang has produced 12 documentary films including Seven Years of Darkness (best short documentary, National Short Film Festival) and 

Candle in the Distance (Rhett Buckler award, ASRS film fest).

He received his undergraduate degree at Johns Hopkins University and his medical degree from the Albert Einstein College of Medicine. Dr. Huang’s 

ophthalmology residency was at the Wilmer Eye Institute/Johns Hopkins University, and his Vitreoretinal Diseases and Surgery fellowship was at 

the Bascom Palmer Eye Institute. He has graduate training from Harvard University and Wharton School of Business and an Executive MBA from the 

Weatherhead School of Management, CWRU.
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Szilárd Kiss, MD, FASRS, received his undergraduate degree with honors from Columbia College and medical school training at Columbia University 

Vagelos College of Physicians & Surgeons. He then moved to Boston for his ophthalmology residency and surgical vitreoretinal fellowship at Harvard 

Medical School and the Massachusetts Eye & Ear Infirmary. Szilárd was recruited to the Department of Ophthalmology at Weill Cornell in 2008, where 

he is now the Bob and Dolores Hope - Robert M. Ellsworth, MD Distinguished Professor in Ophthalmology, and the Chief of the Retina Service. Szilárd 

is the immediate past Chair of the General Faculty Council, where he now serves as Senior Councilor. Additionally, Szilárd is the Associate Dean of 

Clinical Compliance at Weill Cornell, overseeing compliance and regulatory matters related to patient care. Szilárd’s research career started as an 

undergraduate at Columbia, where, in conjunction with NASA and the Department of Defense, he was part of a team that evaluated the implications 

of microgravity on early developmental patterning with experiments launched on the space shuttles Discovery and Columbia. Since coming to Weill 

Cornell, Szilárd has garnered an international reputation as a pioneer, leader, and prominent clinical expert who has had a significant impact on the 

practice of retina. 

Szilárd has authored nearly 350 publications (20,734 citations on Google Scholar, with an h-index of 76), given over 300 invited lectureships worldwide, 

and serves on the Editorial Board and as a scientific reviewer to numerous journals. In addition to his scientific efforts, Szilárd is a renowned 

medical and surgical vitreoretinal specialist; his clinical practice draws patients from all regions of the world. When the international publication, 

The Ophthalmologist, selected Szilárd as one of the Top 40 Under 40 worldwide, they cited his work on ‘...retinal imaging, ocular gene therapy, novel 

therapeutic targets for ocular neovascularization, and genetic markers for retinal diseases.’ In parallel with this selection, Szilárd was chosen to be 

part of the charter class ‘...of significant living and posthumous contributors to our field...’ and inducted into The Retina Hall of Fame. Szilárd was the 

youngest inductee, recognized for ‘a lifetime of...innovation and dedication to patient care, research, education, and leadership.’ Additionally, Szilárd was 

named by Ocular Surgery News: Retina as one of the 150 Innovators in Medical and Surgical Retina worldwide, ‘...a compilation of specialists who either 

work to educate their colleagues or innovate by developing novel technologies and techniques to advance the specialty.’

1. Kovacs KD, Ciulla TA, Kiss S. Advancements in ocular gene therapy delivery: vectors and subretinal, intravitreal, and suprachoroidal techniques. 

Expert Opin Biol Ther. 2022 Sep;22(9):1193-1208. doi: 10.1080/14712598.2022.2121646. Epub 2022 Sep 19. PubMed PMID: 36062410.

2. Gupta MP, Koenig LR, Doubrovina E, Hasan A, Dahi PB, O’Reilly RJ, Koehne G, Orlin A, Chan RVP, D’Amico DJ, Park SS, Burkholder BM, Kiss S. Ocular 

Outcomes after Treatment of Cytomegalovirus Retinitis Using Adoptive Immunotherapy with Cytomegalovirus-Specific Cytotoxic T Lymphocytes. 

Ophthalmol Retina. 2021 Sep;5(9):838-849. doi: 10.1016/j.oret.2021.04.009. Epub 2021 Apr 20. PubMed PMID: 33892135; PubMed Central PMCID: 

PMC9394456.

3. Sondhi D, Kaminsky SM, Hackett NR, Pagovich OE, Rosenberg JB, De BP, Chen A, Van de Graaf B, Mezey JG, Mammen GW, Mancenido D, Xu F, Kosofsky 

B, Yohay K, Worgall S, Kaner RJ, Souwedaine M, Greenwald BM, Kaplitt M, Dyke JP, Ballon DJ, Heier LA, Kiss S, Crystal RG. Slowing late infantile Batten 

disease by direct brain parenchymal administration of a rh.10 adeno-associated virus expressing CLN2. Sci Transl Med. 2020 Dec 2;12(572). doi: 10.1126/

scitranslmed.abb5413. PubMed PMID: 33268510; PubMed Central PMCID: PMC8056991.

4. Kiss S, Grishanin R, Nguyen A, Rosario R, Greengard JS, Nieves J, Gelfman CM, Gasmi M. Analysis of Aflibercept Expression in NHPs following 

Intravitreal Administration of ADVM-022, a Potential Gene Therapy for nAMD. Mol Ther Methods Clin Dev. 2020 Sep 11;18:345-353. doi: 10.1016/j.

omtm.2020.06.007. eCollection 2020 Sep 11. PubMed PMID: 32671137; PubMed Central PMCID: PMC7341454.

5. Choudhry N, Duker JS, Freund KB, Kiss S, Querques G, Rosen R, Sarraf D, Souied EH, Stanga PE, Staurenghi G, Sadda SR. Classification and Guidelines 

for Widefield Imaging: Recommendations from the International Widefield Imaging Study Group. Ophthalmol Retina. 2019 Oct;3(10):843-849. doi: 

10.1016/j.oret.2019.05.007. Epub 2019 May 13. PubMed PMID: 31302104..
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Henry Klassen is a Professor of Ophthalmology at the Gavin Herbert Eye Institute and Sue & Bill Gross Stem Cell Research Center at the University of 

California, Irvine. He completed a combined doctoral program at the University of Pittsburgh, followed by an internship at the Cambridge Hospital and 

a residency in ophthalmology at Yale Eye Center. He did a combined fellowship in medical retina and retinal transplantation research at Moorfields Eye 

Hospital and the Institute of Ophthalmology in London and held positions at the Children’s Hospital of Orange County and the Singapore Eye Research 

Institute prior to joining UCI. 

Dr. Klassen’s research interests include the application of neural regeneration strategies to diseases of the retina and optic nerve. Current efforts 

are focused on the translational development of human retinal progenitor cells for use in retinitis pigmentosa and other degenerative conditions. He 

founded jCyte to bring this technology to market.

1. Klassen H. Stem cells in clinical trials for treatment of retinal degeneration. Expert Opin Biol Ther. 2016;16(1):7-14. doi: 10.1517/14712598.2016.1093110. 

Epub 2015 Sep 28. PMID: 26414165.

2. Klassen H, Ziaeian B, Kirov II, Young MJ, Schwartz PH. Isolation of retinal progenitor cells from post-mortem human tissue and comparison with 

autologous brain progenitors. J Neurosci Res. 2004 Aug 1;77(3):334-43. doi: 10.1002/jnr.20183.PMID:15248289.

3. Klassen H, Lund RD. Retinal transplants can drive a pupillary reflex in host rat brains. Proc Natl Acad Sci U S A. 1987 Oct;84(19):6958-60. doi: 10.1073/

pnas.84.19.6958. PMID: 3477821; PMCID: PMC299204.
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Erin Lavik is the chief technology officer and deputy director of the division of cancer prevention at the National Cancer Institute.

 

Dr. Lavik’s research focuses on engineering polymers to protect and repair the nervous system and treat trauma more broadly. The projects in the lab 

include developing intravenously administered nanoparticles to stop internal bleeding, drug delivery systems for diseases of the eye, and printing tissue 

models for high throughput screening applications. Dr. Lavik received her bachelor’s, master’s, and doctoral degrees from MIT in materials science and 

engineering. She has won numerous awards, including the TR100 Award in 2003 and the NIH Director’s New Innovator Award in 2010. She became a Fellow 

of the American Institute of Medical and Biological Engineers in 2014 and a Fellow of the Biomedical Engineering Society in 2019. She is also an Associate 

Editor at Bioconjugate Chemistry.

 

Beyond her research, Dr. Lavik has developed classes, including Applied Tissue Engineering, where the students make and test artificial arteries and learn 

about the issues involved in translating the technologies from the bench to patients, as well as a new version of thermo that incorporates improvisational 

techniques to foster discussions about the concepts. She also collaborates with the theater department on a program to train UMBC students to work 

with middle schoolers to create theatrical interpretations of their science modules.

1. Zheng G, Dai Z, Smith B, van Hest J, Lavik E, Rotello VM. Editorial for January. Bioconjug Chem. 2021 Jan 20;32(1):1-3. doi: 10.1021/acs.

bioconjchem.0c00704. PMID: 33467859.

2. Auguste DT, Lavik EB. What Comes after Liposomes? Bioconjug Chem. 2022 Nov 16;33(11):1955-1956. doi: 10.1021/acs.bioconjchem.2c00474. PMID: 

36382421.

3. Menikheim SD, Lavik EB. Self-healing biomaterials: The next generation is nano. Wiley Interdiscip Rev Nanomed Nanobiotechnol. 2020 Nov;12(6):e1641. 

doi: 10.1002/wnan.1641. Epub 2020 May 2. PMID: 32359015.
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Bart is Head of the Department of Ophthalmology, and Staff Member at the Center for Medical Genetics at the Ghent University Hospital and Ghent 

University. He is a Full Professor of Ophthalmology and Ophthalmic Genetics at Ghent University. Since August 2013, Bart also is a part-time (20%) attending 

physician at the Division of Ophthalmology & Center for Cellular & Molecular Therapeutics at Children’s Hospital of Philadelphia, Philadelphia, PA, USA. 

MD, Ghent University, 1992; residency in clinical genetics, Ghent University & Ghent University Hospital, 1992-1994; residency in ophthalmology, Ghent 

University & Ghent University Hospital, 1994-1997; certified as ophthalmologist 1997 & clinical geneticist in 2018; fellowship in medical retina and visual 

electrophysiology, Ghent University & Ghent University Hospital, 1997-1998; fellowship in ocular genetics, inherited retinal diseases, visual electrophysiology, 

medical retina & molecular genetics, Moorfields Eye Hospital & Institute of Ophthalmology, University College London, London, UK, 1998-2001 (Profs AC Bird, 

SS Bhattacharya & GE Holder); PhD in Medical Sciences, Ghent University, Ghent, Belgium, 2006. 

Bart Leroy is an ophthalmologist and clinical geneticist specializing in inherited eye disorders. In collaboration with Profs J Bennett, AM Maguire, and 

T Aleman at the University of Pennsylvania and Children’s Hospital of Philadelphia, Philadelphia, PA, USA, and the team in Ghent, Bart is involved in 

phenotyping and genotyping studies and gene therapy projects for inherited retinal blindness. He was part of the team that helped bring Luxturna to 

market. He is a Senior Clinical Investigator at the Research Foundation Flanders (Belgium) since 2010 until 2025. He is (co-)recipient of 28 scientific grants 

and prizes. Bart is a member and board member of several professional organizations, including ISGEDR, SGOF, ERN-EYE, and EURETINA. 

Bart is the author and co-author of over 190 peer-reviewed publications, over 265 posters and over 300 scientific abstracts, and 14 book chapters on genetic 

eye disease. He frequently teaches on ophthalmic genetics and visual electrophysiology, with over 480 presentations at international scientific meetings. 

Bart regularly peer reviews scientific papers for 27 different international publications, as well as grant applications or career reviews for many international 

grant bodies and universities. He is a regular panel member for Ph.D. evaluations at leading national and international institutions and has trained over 20 

international fellows. 

1. De Zaeytijd J, Van Cauwenbergh C, De Bruyne M, Van Heetvelde M, De Baere E, Coppieters F, Leroy BP. ISOLATED MACULOPATHY AND MODERATE 

ROD-CONE DYSTROPHY REPRESENT THE MILDER END OF THE RDH12-RELATED RETINAL DYSTROPHY SPECTRUM. Retina. 2021 Jun 1;41(6):1346-1355. 

doi: 10.1097/IAE.0000000000003028. PMID: 34001834.

2. Russell SR, Drack AV, Cideciyan AV, Jacobson SG, Leroy BP, Van Cauwenbergh C, Ho AC, Dumitrescu AV, Han IC, Martin M, Pfeifer WL, Sohn EH, 

Walshire J, Garafalo AV, Krishnan AK, Powers CA, Sumaroka A, Roman AJ, Vanhonsebrouck E, Jones E, Nerinckx F, De Zaeytijd J, Collin RWJ, Hoyng 

C, Adamson P, Cheetham ME, Schwartz MR, den Hollander W, Asmus F, Platenburg G, Rodman D, Girach A. Intravitreal antisense oligonucleotide 

sepofarsen in Leber congenital amaurosis type 10: a phase 1b/2 trial. Nat Med. 2022 May;28(5):1014-1021. doi: 10.1038/s41591-022-01755-w. Epub 2022 

Apr 4. PMID: 35379979; PMCID: PMC9117145.

3. Maguire AM, Russell S, Wellman JA, Chung DC, Yu ZF, Tillman A, Wittes J, Pappas J, Elci O, Marshall KA, McCague S, Reichert H, Davis M, Simonelli F, 

Leroy BP, Wright JF, High KA, Bennett J. Efficacy, Safety, and Durability of Voretigene Neparvovec-rzyl in RPE65 Mutation-Associated Inherited Retinal 

Dystrophy: Results of Phase 1 and 3 Trials. Ophthalmology. 2019 Sep;126(9):1273-1285. doi: 10.1016/j.ophtha.2019.06.017. Epub 2019 Jun 22. PMID: 

31443789.
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Jason Menzo was appointed CEO of the Foundation Fighting Blindness on July 1, 2022. Prior to this appointment, he spent the previous four years serving 

as the Foundation’s COO and President, leading the organization’s fundraising, finance, operations, marketing, and community engagement efforts. The 

Foundation is the world’s leading organization searching for treatments and cures of blinding retinal degenerative diseases. The Foundation has raised over 

$891 million since its inception and is currently funding more than 90 research projects globally.  

Jason also serves on the management team for the Retinal Degeneration Fund (RD Fund), the venture arm of the Foundation. The RD Fund has nearly 

$100 million under management and has made investments in 10 portfolio companies to date, all aimed at fueling startup companies in the retinal 

degeneration space. 

Prior to joining the Foundation, Jason was a co-founder and Business Unit Head of Sun Ophthalmics. In this role, he built and led the commercial team, 

launching the business into the well-known entity it is today. 

Prior to his role with Sun Ophthalmics, he was a co-founder of the US business for Nicox SA, where he led the commercial launches of several ophthalmic 

brands and helped the business successfully exit by acquisition (Valeant Pharmaceuticals, 2014). He has previously held positions of increasing 

responsibility with Bausch + Lomb, Inspire Pharmaceuticals, and Bayer Healthcare.  

Jason also serves on the Board of Directors for Retina International, the leading global umbrella organization for patient-led charities and foundations. He 

has also served as a member of the Global Council of Advisors and Advocates for Sightlife, a global non-profit seeking to end corneal blindness. 
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1. Yanhui M, Moroi SE, Roberts CJ. Non-invasive Clinical Measurement of Ocular Rigidity and Comparison to Biomechanical and Morphological 

Parameters in Glaucomatous and Healthy Subjects. Frontiers in Medicine (Lausanne) 2021 Jul 5;8:701997. doi: 10.3389/fmed.2021.701997. PMID: 

34291068: PMCID: 8287026

2. Ni L, Riesterer J, Wang H, Berry L, Blackburn K, Chuang J, Kim W, Xu G, Moroi SE, Argento A. Method for the biomechanical analysis of aqueous veins 

and perilimbal sclera by three-dimensional photoacoustic imaging and strain field calculation. Scientific Reports 2021 Nov 11;11(1):22108. doi: 10.1038/

s41598-021-01458-1. PMID: 34764362; PMCID: PMC8585983

3. Prasov L, Bohnsack BL, El Husny AS, Tsoi LC, Guan B, Kahlenberg JM, Almeida E, Wang H, Cowen EW, De Jesus AA, Jani P, Billi AC, Moroi SE, 

Wasikowski R, Almeida I, Almeida LN, Kok F, Garnai SJ, Mian SI, Chen MY, Warner BM, Ferreira CR, Goldbach-Mansky R, Hur S, Brooks BP, Richards 

JE, Hufnagel RB, Gudjonsson JE DDX58 (RIG-I)-related disease is associated with tissue-specific interferon pathway activation Journal of Medical 

Genetics 2022 Mar;59(3):294-304. doi: 10.1136/jmedgenet-2020-107447. Epub 2021 Jan 25. PMID: 33495304; PMCID: 8310534

4. Yousefi A, Ma Y, Roberts CJ, Moroi SE, Reilly MA. Hydrodynamic Interaction Between Tear Film and Air Puff From Noncontact Tonometry. Translational 

Vision Science & Technology 2022 Feb 1;11(2):2. doi: 10.1167/tvst.11.2.2.PMID: 35103798; PMCID: 8819281
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Sayoko Moroi is an MD, Ph.D. graduate from The Ohio State University College of Medicine and Dept. of Pathology. She completed her medicine internship 

at Duke University Medical Center, ophthalmology residency at Duke Eye Center, research fellowship at Duke University, and clinical glaucoma fellowship 

at the University of Michigan. Dr. Moroi developed as a clinician scientist with the first NEI K08 at the University of Michigan. She has served as principal 

investigator, multi-principal investigator, or co-investigator on numerous NIH/NEI and NIA grants, NSF grants, foundation grants, and industry-sponsored 

FDA glaucoma trials. After 25 years of service at the University of Michigan, she returned in January 2020 to Buckeye Nation to serve as the first female 

chair in the Department of Ophthalmology and Visual Sciences (DOVS). 

She maintains a diverse research portfolio in genetics, glaucoma and cataract outcomes, precision medicine for eye health, technology and vision 

enhancement, vision health and relationships with mobility and cognitive function, and women’s health. She has led the DOVS and OSU vision scientist 

community to their first NIH/NEI P30 core grant and first Research to Prevent Blindness New Chair Challenge Grant. 

Dr. Moroi expanded her educational journey on implicit bias and is a certified facilitator through OSU Wexner Medical Center Diversity Council. Together 

with the outstanding faculty, staff, learners, and collaborators, Dr. Moroi and her department aspire to restore, preserve, and enhance vision to improve 

lives for all.
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Dr. Mark Pennesi is the Kenneth C. Swan Endowed Professorship in Ophthalmology and Molecular and Medical Genetics at Oregon Health & Science 

University. He is the chief of the Paul H. Casey Ophthalmic Genetics Division at the Casey Eye Institute. Dr. Pennesi attended the University of Pennsylvania, 

where he graduated summa cum laude with a bachelor’s degree in biomedical engineering and was awarded the Herman P. Schwann award in 

bioengineering for exemplary scholarship. Dr. Pennesi pursued a combined MD/Ph.D. at Baylor College of Medicine in Houston, Texas. This was followed 

by a residency in Ophthalmology at the University of California, San Francisco. He is the recipient of an ARVO/Alcon Early Career Clinician-Scientist 

Research Award, An Alcon Young Investigator Award, an FFB career development award, an RPB career development award, and an FFB enhanced career 

development award. 

Dr. Pennesi is a clinician scientist with a passion for developing novel therapeutic regimens for inherited retinal diseases. He has helped propel the Casey 

Eye Institute into a leader in novel therapies for inherited retinal dystrophies. He is the PI or Co-PI on numerous clinical trials, including gene augmentation 

therapy for RPE65-related retinopathy, ABCA4-related retinopathy, Type IB Usher syndrome, CNGA3 and CNGB3-related achromatopsia, X-linked 

retinoschisis, X-linked retinitis pigmentosa, and choroideremia. He is a principal investigator on the Editas Brilliance, where the first patient was treated 

with gene editing from CEP290-related retinopathy. 

1. Ku CA, Igelman AD, Huang SJ, Vasconcelos H, da Palma MM, Bailey ST, Lauer AK, Weleber RG, Yang P, Pennesi ME. Improved Rod Sensitivity as 

Assessed by Two-Color Dark-Adapted Perimetry in Patients With RPE65-Related Retinopathy Treated With Voretigene Neparvovec-rzyl. Transl Vis Sci 

Technol. 2023 Apr 3;12(4):17. doi: 10.1167/tvst.12.4.17. PMID: 37058101; PMCID: PMC10117223.

2. Pennesi ME, Yang P, Birch DG, Weng CY, Moore AT, Iannaccone A, Comander JI, Jayasundera T, Chulay J; XLRS-001 Study Group. Intravitreal Delivery 

of rAAV2tYF-CB-hRS1 Vector for Gene Augmentation Therapy in Patients with X-Linked Retinoschisis: 1-Year Clinical Results. Ophthalmol Retina. 2022 

Dec;6(12):1130-1144. doi: 10.1016/j.oret.2022.06.013. Epub 2022 Jun 30. PMID: 35781068.

3. Parker MA, Erker LR, Audo I, Choi D, Mohand-Said S, Sestakauskas K, Benoit P, Appelqvist T, Krahmer M, Ségaut-Prévost C, Lujan BJ, Faridi A, 

Chegarnov EN, Steinkamp PN, Ku C, da Palma MM, Barale PO, Ayelo-Scheer S, Lauer A, Stout T, Wilson DJ, Weleber RG, Pennesi ME, Sahel JA, Yang P. 

Three-Year Safety Results of SAR422459 (EIAV-ABCA4) Gene Therapy in Patients With ABCA4-Associated Stargardt Disease: An Open-Label Dose-

Escalation Phase I/IIa Clinical Trial, Cohorts 1-5. Am J Ophthalmol. 2022 Aug;240:285-301. doi: 10.1016/j.ajo.2022.02.013. Epub 2022 Mar 4. PMID: 

35248547; PMCID: PMC9308722.

4. Pennesi ME, Weleber RG, Yang P, Whitebirch C, Thean B, Flotte TR, Humphries M, Chegarnov E, Beasley KN, Stout JT, Chulay JD. Results at 5 Years 

After Gene Therapy for RPE65-Deficient Retinal Dystrophy. Hum Gene Ther. 2018 Dec;29(12):1428-1437. doi: 10.1089/hum.2018.014. Epub 2018 Jul 24. 

PMID: 29869534.
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Karen Petrou is the co-founder and Managing Partner of Federal Financial Analytics, Inc., a privately-held company that, since 1985, has provided analytical 

and advisory services on legislative, regulatory, and public-policy issues affecting financial services companies doing business in the U.S. and abroad. 

Petrou is a frequent speaker on topics affecting the financial services industry. In addition to testifying before the U.S. Congress, she has spoken before 

the Federal Reserve Banks of New York, St. Louis, San Francisco, and Chicago, the European Central Bank, the Office of the Comptroller of the Currency, 

the International Monetary Fund, the Clearing House, the Bank Policy Institute, the Institute of International Bankers, the Securities Industry and Financial 

Markets Association, the Japanese Diet, and many other governmental, industry and academic groups. 

Petrou is the author of the book Engine of Inequality, the Fed, and the Future of Wealth in America. She has also authored numerous articles in publications 

such as the American Banker and the Financial Times and is frequently quoted as a bank policy expert in the Wall Street Journal, Bloomberg, Politico, the 

Hill, and other media outlets. Prior to founding her own firm in 1985, Petrou worked in Washington as an officer at Bank of America, where she began her 

career in 1977. 

She is an honors graduate in Political Science from Wellesley College and also was a special student in an honors program at the Massachusetts Institute 

of Technology. She earned an M.A. in that subject from the University of California at Berkeley and was a doctoral candidate there. She has served on the 

boards of banking organizations and now sits as a director on the board of the Foundation Fighting Blindness and the Fidelco Guide Dog Foundation. In 

2019, she and her late husband Basil were named “visionaries” by the Foundation Fighting Blindness.

1. My book: https://fedfin.com/engine-of-inequality/

2. Op-ed: https://www.ft.com/content/c607105b-eac7-4a60-b509-4905ca23c425

3. Op-ed: https://socialinnovationsjournal.org/editions/finance-2/76-featured-social-innovations/2971-bio-bonds-unlocking-billions-for-biomedical-

treatment-and-cure

4. Op-ed: https://www.bloomberg.com/opinion/articles/2021-12-23/how-to-make-the-s-in-esg-more-relevant?sref=BSO3yKhf
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Dr. Eric Pierce is the Chatlos Professor of Ophthalmology at Harvard Medical School and the founding Director of the Ocular Genomics Institute (OGI) at 

Mass Eye and Ear. Dr. Pierce received his A.B. in Biochemistry from Dartmouth College, his Ph.D. in Biochemistry from the University of Wisconsin-Madison, 

and his M.D. from Harvard Medical School. He did his residency in Ophthalmology at Harvard and fellowship in Pediatric Ophthalmology at Children’s 

Hospital, Boston, where he also took his first faculty position. He was then recruited to the Department of Ophthalmology at the University of Pennsylvania 

School of Medicine, where he was promoted to Associate Professor with tenure. He returned to Harvard in 2011 to establish the OGI. 

The mission of the OGI is to translate the promise of precision medicine into clinical care for patients with inherited eye diseases. Dr. Pierce’s research 

program is focused on improving our understanding of the genetic causality of inherited retinal degenerations (IRDs) and developing genetically informed 

therapies for these disorders. His work has led to the identification of several IRD disease genes, helped highlight the importance of non-coding mutations 

in IRDs, and supported the clinical translation of genetic therapies for several genetic forms of retinal degeneration. Dr. Pierce has been an investigator for 

multiple first-in-human clinical trials of genetic therapies for IRDs and is the senior PI for the Brilliance trial of in vivo genome editing for the treatment of 

CEP290-associated retinal degeneration. Dr. Pierce’s research program has been funded by the NIH since 1994. 

He has also received support from the Foundation Fighting Blindness, and Research to Prevent Blindness, among other foundations. Dr. Pierce received 

an Alcon Research Award and RPB Stein Innovation Award and is the 2023 recipient of the Proctor Medal from ARVO. He served for 10 years as the Chair 

of the Scientific Advisory Board for the Foundation Fighting Blindness, as a member of the National Advisory Eye Council, and is currently Chair of the 

Pathophysiology of Eye Disease 1 (PED1) study section of the NIH.

1. Jamshidi F, Place EM, Navarro-Gomez D, Maher M, Valkanas E, Lek M, MacArthur DG, Bujakowska KM, Pierce EA.  Contribution of structural and 

intronic mutations to RPGRIP1-mediated inherited retinal dystrophies. Genetics In Medicine 21:694-704, 2019. PMID: 30072743.

2. Brydon EM, Bronstein R, Buskin A, Lako M, Pierce EA, Fernandez-Godino R. AAV-mediated gene augmentation therapy restores critical functions in 

mutant iPSC-derived PRPF31+/- cells.  Molecular Therapy: Methods & Clinical Development 15:392-402, 2019.  PMCID: PMC6909184

3. Bronstein R, Capowski EE, Mehrotra S, Jansen AD, Navarro-Gomez D, Maher M, Place E, Sangermano R, Bujakowska KM, Gamm DM, Pierce EA. A 

combined RNA-seq and whole genome sequencing approach for identification of non-coding pathogenic variants in single families.  Human Molecular 

Genetics 29:967-979, 2020. PMID: 32011687.

4. Greenwald SH, Brown EE, Scandura MJ, Hennessey E, Farmer R, Pawlyk BS, Xiao R, Vandenberghe LH, Pierce EA.  Gene Therapy Preserves Retinal 

Structure and Function in a Mouse Model of NMNAT1-Associated Retinal Degeneration.  Mol Ther Methods Clin Dev. 18:582-594, 2020.  PMID: 32775493 

5. Brown EE, Scandura MJ, Mehrotra S, Wang Y, Du J, Pierce EA.  Reduced nuclear NAD+ drives DNA damage and subsequent immune activation in the 

retina.  Human Molecular Genetics 31:1370-1388, 2022.  PMID:34750622 
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Dr. Scooter Plowman is a physician leading clinical science strategy and development for Medical Devices at Verily Life Sciences. He has an M.D., M.B.A., 

and MHSA from the University of Kansas. He also graduated from Oxford University with an MSc in Diagnostic Imaging and has bachelor’s degrees 

in Neuroscience, Geography, and Latin American Studies from BYU. His clinical residency training in radiology was at Mayo Clinic and Intermountain 

Healthcare, with fellowship training in Health System Design & Innovation at Stanford, where he still serves on the affiliate faculty. 

Before Verily, Scooter was the Head of Digital Medicine at Amgen, responsible for digital endpoint development, and has held leadership roles in medical 

affairs and clinical development. He lives with his wife and six children in Southern California and enjoys hiking, college football, and racquet sports.

1. Plowman RS, Peters SR, Brady BM, Osterberg LG. Revealing Novel IDEAS: A Fiduciary Framework for Team-Based Prescribing. Acad Med. 2020 

Aug;95(8):1186-1190. doi: 10.1097/ACM.0000000000003100. PMID: 31789844.

2. Bott NT, Sheckter CC, Yang D, Peters S, Brady B, Plowman S, Borson S, Leff B, Kaplan RM, Platchek T, Milstein A. Systems Delivery Innovation 

for Alzheimer Disease. Am J Geriatr Psychiatry. 2019 Feb;27(2):149-161. doi: 10.1016/j.jagp.2018.09.015. Epub 2018 Sep 28. PMID: 30477913; PMCID: 

PMC6331256.

3. Jesse Lachter, Simon Christopher Schlachter, Robert Scooter Plowman, Roman Goldenberg, Yaffa Raz, Nadav Rabani, Natalie Aizenberg, Alain Suissa, 

Ehud Rivlin, Novel artificial intelligence–enabled deep learning system to enhance adenoma detection: a prospective randomized controlled study, 

iGIE, Volume 2, Issue 1, 2023, Pages 52-58
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Thomas A. Reh, Ph.D., is a Professor in the Department of Biological Structure at the University of Washington-Seattle. He received his Ph.D. in 

Neuroscience from the University of Wisconsin-Madison. Prior to joining the UW faculty in 1989, he held faculty positions at Princeton and the University 

of Calgary. He was Director of the UW Neuroscience Program from 2001 to 2007 and currently serves on the Scientific Advisory Board of the Foundation 

Fighting Blindness, Nayan Pharma, Vesigen, and the editorial boards of several journals. 

He has received numerous awards for his research, including the Jerzy E Rose Prize, the FFB Directors’ Award (twice), the Alfred Sloan Scholarship, the 

Paul G. Allen Distinguished Investigator Award, and the Gund-Harrington Scholar Award. He has over 150 publications in the field of retinal regeneration 

and development.

1. Todd L, Reh TA. Comparative Biology of Vertebrate Retinal Regeneration: Restoration of Vision through Cellular Reprogramming. Cold Spring Harb 

Perspect Biol. 2021 Sep 27:a040816. doi: 10.1101/cshperspect. a040816. PMID: 34580118.

2. Jorstad NL, Wilken MS, Grimes WN, Wohl SG, VandenBosch LS, Yoshimatsu T, Wong RO, Rieke F, Reh TA. 2017 Stimulation of functional neuronal 

regeneration from Müller glia in adult mice. Nature Aug 3;548(7665):103-107. PMCID: PMC5991837

3. Todd L, Jenkins W, Finkbeiner C, Hooper MJ, Donaldson PC, Pavlou M, Wohlschlegel J, Ingram N, Rieke F, Reh TA. Reprogramming Müller glia to 

regenerate ganglion-like cells in adult mouse retina with developmental transcription factors. Science Advances. 2022 Nov 25;8(47):eabq7219. 

doi:10.1126/sciadv.abq7219. Epub 2022 Nov 23. PMID: 36417510; PMCID: PMC9683702

4. Todd L, Hooper MJ, Haugan AK, Finkbeiner C, Jorstad N, Radulovich N, Wong CK, Donaldson PC, Jenkins W, Chen Q, Rieke F, Reh TA. Efficient 

stimulation of retinal regeneration from Müller glia in adult mice using combinations of proneural bHLH transcription factors. Cell Reports. 2021 Oct 

19;37(3):109857. doi: 0.1016/j.celrep.2021.109857. PMID: 34686336; PMCID: PMC8691131.

5. Jorstad NL, Wilken MS, Todd L, Finkbeiner C, Nakamura P, Radulovich N, Hooper, MJ, Chitsazan A, Wilkerson BA, Rieke F, Reh TA. STAT Signaling 

Modifies Ascl1Chromatin Binding and Limits Neural Regeneration from Muller Glia in Adult Mouse Retina. Cell Reports. 2020 Feb 18;30(7):2195-2208.

e5. doi:10.1016/j.celrep.2020.01.075. PMID: 32075759; PMCID: PMC7148114. 
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José-Alain Sahel, MD, trained at Paris University Medical School, Louis Pasteur University, Strasbourg, and Harvard University. He is the Endowed 

Distinguished Professor and Chairman of the Department of Ophthalmology at the University of Pittsburgh School of Medicine/UPMC. He founded the 

Vision Institute (Sorbonne Université-Inserm-CNRS) in Paris, France, and the Vision Institute at UPMC, opening in May 2023, two large interdisciplinary 

research centers. His work has contributed to the understanding and prevention of vision loss from photoreceptor cell degeneration. 

He conducted dozens of clinical trials on retinal conditions, including first-in-human trials of artificial retina, gene therapy, and optogenetics. He co-

authored over 700 peer-reviewed articles and 40 patents. He has co-founded companies developing innovative therapies for vision restoration. He is 

a member of the Académie des Sciences-Institut de France, the Académie des Technologies, the Association of American Physicians, the American 

Ophthalmology Society, the German National Academy of Sciences Leopoldina. He holds an Honoris Causa Doctorate from the University of Geneva and 

held the Chaire d’Innovation Technologique Liliane Bettencourt at Collège de France (2015-2016). 

He received, among numerous awards, the Foundation Fighting Blindness (FFB) Trustee Award, the Alcon Research Institute Award for Excellence in Vision 

Research, the Grand Prix NRJ-Neurosciences-Institut de France, the 2015 Foundation Fighting Blindness Llura Liggett Gund Lifetime Achievement Award, 

the Médaille Grand Vermeil, Ville de Paris (2019), the 2021 Breakthrough in the Life Sciences - Falling Walls Foundation, Berlin, Germany, the 2022 Chica 

and Heinz Schaller Foundation Award for Translational Neuroscience. And the 2023 International Prize for Translational Neuroscience from the Max Planck 

Society, Germany.

1. Yam GH, Yang T, Geary ML, Santra M, Funderburgh M, Rubin E, Du Y, Sahel JA, Jhanji V, Funderburgh JL. Human corneal stromal stem cells express 

anti-fibrotic microRNA-29a and 381-5p - A robust cell selection tool for stem cell therapy of corneal scarring. J Adv Res. 2023 Mar;45:141-155. doi: 

10.1016/j.jare.2022.05.008. Epub 2022 May 25. PMID: 35623612; PMCID: PMC10006527.

2. Gupta U, Ghosh S, Wallace CT, Shang P, Xin Y, Nair AP, Yazdankhah M, Strizhakova A, Ross MA, Liu H, Hose S, Stepicheva NA, Chowdhury O, Nemani M, 

Maddipatla V, Grebe R, Das M, Lathrop KL, Sahel JA, Zigler JS Jr, Qian J, Ghosh A, Sergeev Y, Handa JT, St Croix CM, Sinha D. Increased LCN2 (lipocalin 

2) in the RPE decreases autophagy and activates inflammasome-ferroptosis processes in a mouse model of dry AMD. Autophagy. 2023 Jan;19(1):92-

111. doi: 10.1080/15548627.2022.2062887. Epub 2022 Apr 26. PMID: 35473441; PMCID: PMC9809950.

3. Vienola KV, Zhang M, Snyder VC, Dansingani KK, Sahel JA, Rossi EA. Near infrared autofluorescence imaging of retinal pigmented epithelial cells using 

663 nm excitation. Eye (Lond). 2022 Oct;36(10):1878-1883. doi: 10.1038/s41433-021-01754-0. Epub 2021 Aug 30. PMID: 34462582; PMCID: PMC9499940.

4. Parker MA, Erker LR, Audo I, Choi D, Mohand-Said S, Sestakauskas K, Benoit P, Appelqvist T, Krahmer M, Ségaut-Prévost C, Lujan BJ, Faridi A, 

Chegarnov EN, Steinkamp PN, Ku C, da Palma MM, Barale PO, Ayelo-Scheer S, Lauer A, Stout T, Wilson DJ, Weleber RG, Pennesi ME, Sahel JA, Yang P. 

Three-Year Safety Results of SAR422459 (EIAV-ABCA4) Gene Therapy in Patients With ABCA4-Associated Stargardt Disease: An Open-Label Dose-

Escalation Phase I/IIa Clinical Trial, Cohorts 1-5. Am J Ophthalmol. 2022 Aug;240:285-301. doi: 10.1016/j.ajo.2022.02.013. Epub 2022 Mar 4. PMID: 

35248547; PMCID: PMC9308722.
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Amber Salzman, Ph.D., is the CEO of Epic Bio, a company developing next-generation CRISPR therapies to control gene expression dynamically and treat 

complex diseases. Previously, she led Ohana Biosciences, leveraging sperm biology to improve assisted reproductive outcomes. Prior to that, she served 

as the President & CEO at Adverum Biotechnologies (NASDAQ: ADVM), a gene therapy company targeting unmet medical needs in ocular and rare diseases. 

Amber was a co-founder of Paris-based Annapurna Therapeutics and served as its President & CEO prior to its merger with Avalanche Biosciences to create 

Adverum. Before her role at Adverum, Amber served as President and CEO of Cardiokine until it was acquired by Cornerstone Therapeutics. 

Earlier in her career, Amber was a member of GlaxoSmithKline’s research and development executive team, where she was responsible for planning 

and managing global drug development projects and clinical trials with over 30,000 patients across the US, Europe, Asia, and South America. She also 

led initiatives to accelerate drug development and established a development support center in India. Amber serves on two UK Boards, including Osler 

Diagnostics and Aviado Bio. 

In addition to her industry roles, Amber is President of the Stop ALD Foundation, a Medical Research Foundation dedicated to finding better therapies for 

people with adrenoleukodystrophy. In this capacity, she was instrumental in developing a gene therapy treatment for ALD and getting ALD added to the 

Recommended Uniform Screening Panel (for newborns). She also serves on the Boards of the Lankenau Institute of Medical Research and Drexel University’s 

Dornsife School of Public Health. Amber holds a BS in computer science from Temple University and a Ph.D. in mathematics from Bryn Mawr College.

1. Salzman A. Adrenoleukodystrophy patient perspective: turning despair into a gene therapy breakthrough. Hum Gene Ther. 2011 Jun;22(6):647-8. doi: 

10.1089/hum.2011.2503. PMID: 21651376.
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Namrata Saroj, OD, is an independent consultant with over 20 years of experience focusing on developing new drugs and technologies for advancing 

ophthalmic care. Prior to this, she led Ophthalmology Medical Affairs as an Executive Director at Regeneron Pharmaceuticals, Inc supporting the 

commercialization of EYLEA and was involved in strategic planning and activities supporting new ophthalmology products in development. Prior to joining 

Regeneron, Namrata held positions at Genentech in a field-based Medical Affairs function supporting Lucentis. She started her career as a Research 

Associate at the Manhattan Eye, Ear & Throat Hospital, focusing on clinical trials in retinal diseases. Namrata has successfully supported multiple 

investigator-initiated studies and research collaborations, as well as co-authored multiple publications in the management of retinal diseases. 

Namrata earned her Doctor of Optometry from the University of California at Berkeley. She holds a Bachelor of Science in Optometry from the University of 

California and a Bachelor of Arts in Biochemistry from Whittier College.

namrata.saroj@gmail.com
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Professor Molly Shoichet is a University Professor, a distinction held by less than 2% of the faculty at the University of Toronto, and Michael E. Charles Professor 

of Chemical Engineering. Dr. Shoichet served as Ontario’s first (and only) Chief Scientist in 2018, where she worked to enhance the culture of science. 

Dr. Shoichet has published over 650 papers, patents, and abstracts and has given over 420 lectures worldwide. She currently leads a laboratory of 30 

and has graduated 275 researchers. Her research is multi-disciplinary and highly collaborative, focused on drug and cell delivery strategies in the central 

nervous system (brain, spinal cord, retina) and 3D hydrogel culture systems to model cancer. 

Dr. Shoichet co-founded four spin-off companies, is actively engaged in translational research and science outreach, including co-Founding AmacaThera 

and Research2Reality. 

Dr. Shoichet is the recipient of many prestigious distinctions and the only person to be inducted into all three of Canada’s National Academies of Science 

of the Royal Society of Canada, Canadian Academy of Engineering, and Canadian Academy of Health Sciences. Professor Shoichet is an Officer of the Order 

of Canada and the Order of Ontario. Dr. Shoichet is the L’Oreal-UNESCO For Women in Science Laureate for North America, elected Foreign Member of the 

US National Academy of Engineering, elected Fellow of the National Academy of Inventors, won the Killam Prize in Engineering and elected to the Royal 

Society (UK). Dr. Shoichet was awarded the NSERC Herzberg Gold Medal—Canada’s top prize in science and engineering—and the Margolese National Brain 

Disorders Prize.

1. Baker AEG, Cui H, Ballios BG, Ing S, Yan P, Wolfer J, Wright T, Dang M, Gan NY, Cooke MJ, Ortín-Martínez A, Wallace VA, van der Kooy D, Devenyi R, 

Shoichet MS. Stable oxime-crosslinked hyaluronan-based hydrogel as a biomimetic vitreous substitute. Biomaterials. 2021 Apr;271:120750. doi: 

10.1016/j.biomaterials.2021.120750. Epub 2021 Mar 4. PMID: 33725584.

2. Teal CJ, Hettiaratchi MH, Ho MT, Ortin-Martinez A, Ganesh AN, Pickering AJ, Golinski AW, Hackel BJ, Wallace VA, Shoichet MS. Directed Evolution 

Enables Simultaneous Controlled Release of Multiple Therapeutic Proteins from Biopolymer-Based Hydrogels. Adv Mater. 2022 Aug;34(34):e2202612. 

doi: 10.1002/adma.202202612. Epub 2022 Jul 24. PMID: 35790035.

3. Mitrousis N, Hacibekiroglu S, Ho MT, Sauvé Y, Nagy A, van der Kooy D, Shoichet MS. Hydrogel-mediated co-transplantation of retinal pigmented 

epithelium and photoreceptors restores vision in an animal model of advanced retinal degeneration. Biomaterials. 2020 Oct;257:120233. doi: 10.1016/j.

biomaterials.2020.120233. Epub 2020 Jul 30. PMID: 32791386.
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Mandeep S. Singh MD, Ph.D. holds the Andreas C. Dracopoulos Professorship of Ophthalmology and is Associate Professor of Ophthalmology and Genetic 

Medicine at the Johns Hopkins Wilmer Eye Institute. He is a vitreoretinal surgeon and a clinician-scientist in hereditary retinal diseases. He is the founding 

co-director of the Johns Hopkins Genetic Eye Diseases (GEDi) Center, where he coordinates multidisciplinary clinical care, research, and education 

pertaining to genetic diseases of the eye and visual system. 

In his translational neuroscience laboratory, his team focuses on retinal stem cell therapy, specifically on photoreceptor transplantation as an approach 

to promote visual recovery in animal models of hereditary retinal diseases. His work – encompassing pluripotent stem cells, human retinal organoids, 

and animal models of genetic and acquired retinopathy – has contributed to the understanding of mechanistic models of photoreceptor repair based on 

synaptogenesis and cellular materials transfer. In the realm of clinical research, he leads several gene therapy clinical trials at Johns Hopkins and is the 

Study Chair of the Foundation Fighting Blindness (FFB) Clinical Consortium’s Gyrate Atrophy Ocular and Systemic (GYROS) Study, a prospective international 

natural history study focusing on the retinal and metabolic consequences of ornithine aminotransferase gene mutations. In addition, he is a member of the 

FFB Regulatory Endpoints and Trial Design for Inherited Retinal Diseases (REDi) Working Group. His research in genetic ophthalmology also encompasses 

the application of artificial intelligence and the bioethics of clinical experimentation in people experiencing progressive and irreversible vision loss from 

genetic eye diseases. 

1. Singh MS, Balmer J, Barnard AR, Aslam SA, Moralli D, Green CM, Barnea-Cramer A, Duncan I, MacLaren RE. Transplanted photoreceptor precursors 

transfer proteins to host photoreceptors by a mechanism of cytoplasmic fusion. Nat Commun. 2016 Nov 30;7:13537. doi: 10.1038/ncomms13537. PMID: 

27901042; PMCID: PMC5141374.

2. Singh MS, Park SS, Albini TA, Canto-Soler MV, Klassen H, MacLaren RE, Takahashi M, Nagiel A, Schwartz SD, Bharti K. Retinal stem cell transplantation: 

Balancing safety and potential. Prog Retin Eye Res. 2020 Mar;75:100779. doi: 10.1016/j.preteyeres.2019.100779. Epub 2019 Sep 5. PMID: 31494256; PMCID: 

PMC7056514.

3. Hufnagel RB, Liang W, Duncan JL, Brewer CC, Audo I, Ayala AR, Branham K, Cheetham JK, Daiger SP, Durham TA, Guan B, Heon E, Hoyng CB, 

Iannaccone A, Kay CN, Michaelides M, Pennesi ME, Singh MS, Ullah E; Foundation Fighting Blindness Consortium Investigator Group. Tissue-

specific genotype-phenotype correlations among USH2A-related disorders in the RUSH2A study. Hum Mutat. 2022 May;43(5):613-624. doi: 10.1002/

humu.24365. Epub 2022 Mar 21. PMID: 35266249; PMCID: PMC9018588. 

4. Liu TYA, Ling C, Hahn L, Jones CK, Boon CJ, Singh MS. Prediction of visual impairment in retinitis pigmentosa using deep learning and multimodal 

fundus images. Br J Ophthalmol. 2022 Jul 27:bjophthalmol-2021-320897. doi: 10.1136/bjo-2021-320897. Epub ahead of print. PMID: 35896367.
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Dr. Song joined the Division of Extramural Science Programs (DESP) at National Eye Institute (NEI) in 2019 and currently serves as the Director of the 

Glaucoma Program. She manages research grants that focus on glaucoma genetics and genomics, the cell biology of outflow, the physiology of IOP 

regulation, and the development and testing of therapeutics to the anterior segment. In addition, she is the Inclusion Policy Officer, NEI contact for 

Alzheimer’s Supplement, and NEI representative for the Office of Prevention Disease (ODP)/OD. Dr. Song is heavily involved in initiating programs to address 

the research priorities in the NEI Strategic Plan. Dr. Song also represents the NEI as Program Officer contact on the NIH/FNIH Bespoke Gene Therapy 

Consortium (BGTC) AAV Biology and Clinical subcommittees. She is currently a member of the NIH Coordinating Committee on Research on Women’s 

Health and NEI’s Data Access Committee. 

Dr. Song studied Clinical Medicine at the Wuhan University School of Medicine, where she obtained her MD degree and had been an ophthalmologist for 10+ 

years. She completed a Ph.D. in Biochemistry and Molecular Biology at the West Virginia University School of Medicine. She then pursued a postdoctoral 

fellowship and transitioned to a research scientist in the Section for Translational Research in Retinal & Macular Degeneration (STRRMD) at the National 

Institute on Deafness and Other Communication Disorders (NIDCD) and NEI. 

As a research scientist, Dr. Song led and managed multiple research projects, which focused on the molecular mechanisms underlying retinal degenerative 

diseases to develop novel therapeutics, AAV retinal gene therapy, and retinal cell biology with an emphasis on rod photoreceptor outer-segment 

morphogenesis and homeostasis.

1. Yang J, Wang L, Song H, Sokolov M. Current understanding of usher syndrome type II. Front Biosci (Landmark Ed). 2012 Jan 1;17(3):1165-83. doi: 

10.2741/3979. PMID: 22201796; PMCID: PMC3303697.

2. Linton JD, Holzhausen LC, Babai N, Song H, Miyagishima KJ, Stearns GW, Lindsay K, Wei J, Chertov AO, Peters TA, Caffe R, Pluk H, Seeliger MW, 

Tanimoto N, Fong K, Bolton L, Kuok DL, Sweet IR, Bartoletti TM, Radu RA, Travis GH, Zagotta WN, Townes-Anderson E, Parker E, Van der Zee CE, 

Sampath AP, Sokolov M, Thoreson WB, Hurley JB. Flow of energy in the outer retina in darkness and in light. Proc Natl Acad Sci U S A. 2010 May 

11;107(19):8599-604. doi: 10.1073/pnas.1002471107. Epub 2010 May 5. PMID: 20445106; PMCID: PMC2889335.

3. Song H, Vijayasarathy C, Zeng Y, Marangoni D, Bush RA, Wu Z, Sieving PA. NADPH Oxidase Contributes to Photoreceptor Degeneration in Constitutively 

Active RAC1 Mice. Invest Ophthalmol Vis Sci. 2016 May 1;57(6):2864-75. doi: 10.1167/iovs.15-18974. PMID: 27233035; PMCID: PMC5113981.

4. Song H, Bush RA, Vijayasarathy C, Fariss RN, Kjellstrom S, Sieving PA. Transgenic expression of constitutively active RAC1 disrupts mouse rod 

morphogenesis. Invest Ophthalmol Vis Sci. 2014 Apr 25;55(4):2659-68. doi: 10.1167/iovs.13-13649. PMID: 24651551; PMCID: PMC4001786.
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Dr. Sorscher is the Hertz Endowed Professor at Emory University School of Medicine and a GRA Eminent Scholar. He graduated from Harvard Medical 

School and completed his internship and residency in internal medicine at the Massachusetts General Hospital. For many years, he directed the cystic 

fibrosis research program at the University of Alabama at Birmingham, where he pursued basic and translational studies of CFTR. He moved to his current 

position at Emory approximately eight years ago, where he has continued work on cystic fibrosis. For many years, Sorscher chaired the International CFTR 

Folding Consortium and currently chairs the Medical Advisory Council for CF Foundation and the “Path to a Cure” committee for the North American Cystic 

Fibrosis meetings.

1. Manfredi C, Tindall JM, Hong JS, Sorscher EJ. Making precision medicine personal for cystic fibrosis. Science. 2019 Jul 19;365(6450):220-221. doi: 

10.1126/science.aaw0553. PMID: 31320522; PMCID: PMC7060931.

2. Oliver KE, Rauscher R, Mijnders M, Wang W, Wolpert MJ, Maya J, Sabusap CM, Kesterson RA, Kirk KL, Rab A, Braakman I, Hong JS, Hartman JL 4th, 

Ignatova Z, Sorscher EJ. Slowing ribosome velocity restores folding and function of mutant CFTR. J Clin Invest. 2019 Dec 2;129(12):5236-5253. doi: 

10.1172/JCI124282. PMID: 31657788; PMCID: PMC6877332.

3. Rowe SM, Miller S, Sorscher EJ. Cystic fibrosis. N Engl J Med. 2005 May 12;352(19):1992-2001. doi: 10.1056/NEJMra043184. PMID: 15888700.
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Edwin M. Stone is the Director of the University of Iowa Institute for Vision Research. He is best known for his work in defining the genetic basis of blinding 

eye diseases: ranging from two of the most common causes of blindness, macular degeneration and glaucoma, to much rarer conditions like retinitis 

pigmentosa and Leber congenital amaurosis. 

Dr. Stone has been very active in removing the technical, legal, and financial barriers between genetic discoveries and the patients who could benefit from 

them. He founded the Carver Nonprofit Genetic Testing Laboratory at the University of Iowa, which provides low-cost genetic tests to patients in every state 

of the U.S. and more than 60 other countries. He also created an open-access web-based teaching tool with thousands of downloadable full-resolution 

images to help physicians around the world improve their ability to diagnose Mendelian retinal diseases (www.stonerounds.org). 

His current research interest is in developing affordable gene- and stem-cell-based treatments for all molecular forms of inherited retinal disease. Dr. 

Stone received his M.D. and Ph.D. from the Baylor College of Medicine and his training in ophthalmology and vitreoretinal surgery at the University of Iowa, 

where he joined the faculty in 1990. He holds the Seamans-Hauser Chair of Molecular Ophthalmology at the University of Iowa Carver College of Medicine.

1. Stone EM, Andorf JL, Whitmore SS, DeLuca AP, Giacalone JC, Streb LM, Braun TA, Mullins RF, Scheetz TE, Sheffield VC, Tucker BA. Clinically Focused 

Molecular Investigation of 1000 Consecutive Families with Inherited Retinal Disease.  Ophthalmology. 2017 PMID:28559085.

2. Giacalone JC, Andorf JL, Zhang Q, Burnight ER, Ochoa D, Reutzel AJ, Collins MM, Sheffield VC, Mullins RF, Han IC, Stone EM, Tucker BA. Development 

of a molecularly stable gene therapy vector for the treatment of RPGR-associated x-linked retinitis pigmentosa. Human Gene Therapy. 2019 

PMID:31106594.

3. Voigt AP, Mullin NK, Whitmore SS, DeLuca AP, Burnight ER, Liu X, Tucker BA, Scheetz TE, Stone EM, Mullins RF. Human photoreceptor cells from 

different macular subregions have distinct transcriptional profiles. Human Molecular Genetics. 2021 PMID:34014299.

4. Tucker BA, Burnight ER, Cranston CM, Ulferts MJ, Luse MA, Westfall T, Scott CA, Marsden A, Gibson-Corley K, Wiley LA, Han IC, Slusarski DC, Mullins 

RF, Stone EM. Development and biological characterization of a clinical gene transfer vector for the treatment of MAK-associated retinitis pigmentosa. 

Gene Therapy. 2021 PMID:34518651.

5. Bohrer LR, Stone NE, Mullin NK, Voigt AP, Anfinson KR, Fick JL, Luangphakdy V, Hittle B, Powell K, Muschler GF, Mullins RF, Stone EM, Tucker BA. 

Automating iPSC generation to enable autologous photoreceptor cell replacement therapy. J Transl Med. 2023 Feb 28;21(1):161. doi: 10.1186/s12967-

023-03966-2. PMID: 36855199; PMCID: PMC9976478.
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Dr. Su, an A*STAR scholar, graduated with an MB BChir Ph.D. from the University of Cambridge (UK) and joined IMCB in 2016 as a clinician-scientist. She 

is currently the Acting Executive Director of the Institute of Molecular and Cell Biology (IMCB, A*STAR), where she runs a broad retinal research program 

as Senior Principal Investigator, and balances her time with providing clinical leadership as Senior Consultant Vitreo-Retinal Surgeon at the National 

University Hospital. Dr Su also holds joint appointments as Research Director at the Department of Ophthalmology, National University of Singapore, and 

Clinician-Scientist at the Singapore Eye Research Institute. 

 

Her research interests focus on harnessing biomaterial, regenerative stem cells, and nucleic acid technologies for the treatment of age-related 

retinal degenerative disease. Her research has been published in, inter alia, Nature Biomedical Engineering, Nature Communications, Lancet Global 

Health, PNAS, and Advanced Materials. She has a career total of over SGD25 million in competitive research grants and is the recipient of multiple global 

and national awards, including the Asia-Pacific Academy of Ophthalmology’s Young Ophthalmologist Award (2019), the Asia-Pacific Vitreo-Retinal Society 

Leadership Development Program Gold Award (2020), Ten Outstanding Young Persons of Singapore Award (for Medical Innovation, 2021), the Susan Lim 

Outstanding Stem Cell Young Investigator Award (2022) and National Medical Research Council Clinician Scientist Award (2022). In 2022, she was accepted 

into the prestigious international membership of The Macular Society.  

 

Passionate about the clinical translation of research, Dr. Su holds several patents and co-founded an ISO 13485 (Medical Device Quality System) 

accredited spin-off company, Vitreogel Innovations, focussed on developing the next generation of vitreous substitutes. Beyond research, Dr. Su is 

committed to people development and has mentored numerous clinician-scientists as the Deputy Director of the Clinician-Scientist Academy, National 

University Health System

1. Regha K, Bhargava M, Al-Mubaarak A, Chai C, Parikh BH, Liu Z, Wong CSW, Hunziker W, Lim KL, Su X. Customized strategies for high-yield purification 

of retinal pigment epithelial cells differentiated from different stem cell sources. Sci Rep. 2022 Sep 16;12(1):15563. doi: 10.1038/s41598-022-19777-2. 

PMID: 36114268; PMCID: PMC9481580.

2. Zhao X, Seah I, Xue K, Wong W, Tan QSW, Ma X, Lin Q, Lim JYC, Liu Z, Parikh BH, Mehta KN, Lai JW, Yang B, Tran KC, Barathi VA, Cheong KH, Hunziker 

W, Su X, Loh XJ. Antiangiogenic Nanomicelles for the Topical Delivery of Aflibercept to Treat Retinal Neovascular Disease. Adv Mater. 2022 

Jun;34(25):e2108360. doi: 10.1002/adma.202108360. Epub 2021 Dec 2. PMID: 34726299.

3. Lingam S, Liu Z, Yang B, Wong W, Parikh BH, Ong JY, Goh D, Wong DSL, Tan QSW, Tan GSW, Holder GE, Regha K, Barathi VA, Hunziker W, Lingam G, Zeng 

X, Su X. cGMP-grade human iPSC-derived retinal photoreceptor precursor cells rescue cone photoreceptor damage in non-human primates. Stem 

Cell Res Ther. 2021 Aug 19;12(1):464. doi: 10.1186/s13287-021-02539-8. PMID: 34412697; PMCID: PMC8375124. 

4. Liu Z, Parikh BH, Tan QSW, Wong DSL, Ong KH, Yu W, Seah I, Holder GE, Hunziker W, Tan GSW, Barathi VA, Lingam G, Stanzel BV, Blenkinsop TA, Su X. 

Surgical Transplantation of Human RPE Stem Cell-Derived RPE Monolayers into Non-Human Primates with Immunosuppression. Stem Cell Reports. 

2021 Feb 9;16(2):237-251. doi: 10.1016/j.stemcr.2020.12.007. Epub 2021 Jan 14. PMID: 33450191; PMCID: PMC7878718. 

5. Liu Z, Liow SS, Lai SL, Alli-Shaik A, Holder GE, Parikh BH, Krishnakumar S, Li Z, Tan MJ, Gunaratne J, Barathi VA, Hunziker W, Lakshminarayanan 

R, Tan CWT, Chee CK, Zhao P, Lingam G, Loh XJ, Su X. Retinal-detachment repair and vitreous-like-body reformation via a thermogelling polymer 

endotamponade. Nat Biomed Eng. 2019 Aug;3(8):598-610. doi: 10.1038/s41551-019-0382-7. Epub 2019 Apr 8. PMID: 30962587.
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Dr. Clive Svendsen’s predoctoral training was at Harvard University, and he received his Ph.D. from the University of Cambridge in England, where he 

subsequently became a Welcome Fellow and established a laboratory focusing on stem cell research. He then moved to the University of Wisconsin in 

2000 as Professor of Neurology and Anatomy and founded their Stem Cell and Regenerative Medicine Center. 

In 2010, he moved to Los Angeles and founded the Cedars-Sinai Board of Governors Regenerative Medicine Institute, which currently has 28 faculty 

members and over 150 staff. Dr. Svendsen maintains a large lab that focuses on using patient-derived induced pluripotent stem cells to model diseases, 

including Spinal Muscular Atrophy, Parkinson’s Disease, ALS, and recently to model BRCA1-induced cancer. The other focus of Dr. Svendsen’s lab involves 

cutting-edge clinical trials using combinations of stem cells and growth factors. He spearheaded one of the first clinical trials to deliver a growth factor, 

GDNF, to patients with Parkinson’s Disease, and is now developing novel ways to use stem cells modified to release GDNF for Parkinson’s patients. He is 

also using stem cells for other degenerative diseases. He is the sponsor for an ongoing clinical trial using stem cells to treat the incurable eye disease 

Retinitis Pigmentosa. 

Finally, Dr. Svendsen has a long-standing interest in ALS, and he was the Sponsor of the first-ever clinical trial delivering stem cells and GDNF to the 

spinal cord of ALS patients that was recently completed at Cedars-Sinai, and he is the Sponsor of an ongoing trial delivering stem cells and GDNF to the 

motor cortex of ALS patients.

1. Laperle AH, Moser VA, Avalos P, Lu B, Wu A, Fulton A, Ramirez S, Garcia VJ, Bell S, Ho R, Lawless G, Roxas K, Shahin S, Shelest O, Svendsen S, Wang S, 

Svendsen CN. Human iPSC-derived neural progenitor cells secreting GDNF provide protection in rodent models of ALS and retinal degeneration. Stem 

Cell Reports. 2023 Apr 15:S2213-6711(23)00104-2. doi: 10.1016/j.stemcr.2023.03.016. Epub ahead of print. PMID: 37084724.

2. Van Gelder RN, Chiang MF, Dyer MA, Greenwell TN, Levin LA, Wong RO, Svendsen CN. Regenerative and restorative medicine for eye disease. Nat Med. 

2022 Jun;28(6):1149-1156. doi: 10.1038/s41591-022-01862-8. Epub 2022 Jun 17. Erratum in: Nat Med. 2022 Oct;28(10):2218. PMID: 35715505.

3. Gamm DM, Wang S, Lu B, Girman S, Holmes T, Bischoff N, Shearer RL, Sauvé Y, Capowski E, Svendsen CN, Lund RD. Protection of visual functions 

by human neural progenitors in a rat model of retinal disease. PLoS One. 2007 Mar 28;2(3):e338. doi: 10.1371/journal.pone.0000338. PMID: 17396165; 

PMCID: PMC1828619.

4. Baloh RH, Johnson JP, Avalos P, Allred P, Svendsen S, Gowing G, Roxas K, Wu A, Donahue B, Osborne S, Lawless G, Shelley B, Wheeler K, Prina C, Fine 

D, Kendra-Romito T, Stokes H, Manoukian V, Muthukumaran A, Garcia L, Bañuelos MG, Godoy M, Bresee C, Yu H, Drazin D, Ross L, Naruse R, Babu H, 

Macklin EA, Vo A, Elsayegh A, Tourtellotte W, Maya M, Burford M, Diaz F, Patil CG, Lewis RA, Svendsen CN. Transplantation of human neural progenitor 

cells secreting GDNF into the spinal cord of patients with ALS: a phase 1/2a trial. Nat Med. 2022 Sep;28(9):1813-1822. doi: 10.1038/s41591-022-01956-3. 

Epub 2022 Sep 5. PMID: 36064599; PMCID: PMC9499868.

5. Laperle AH, Sances S, Yucer N, Dardov VJ, Garcia VJ, Ho R, Fulton AN, Jones MR, Roxas KM, Avalos P, West D, Banuelos MG, Shu Z, Murali R, Maidment 

NT, Van Eyk JE, Tagliati M, Svendsen CN. iPSC modeling of young-onset Parkinson’s disease reveals a molecular signature of disease and novel 

therapeutic candidates. Nat Med. 2020 Feb;26(2):289-299. doi: 10.1038/s41591-019-0739-1. Epub 2020 Jan 27. PMID: 31988461.
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Dr. Sally Temple is the Scientific Director of the Neural Stem Cell Institute and oversees scientific programs with the goal of understanding the role 

of neural stem cells in Central Nervous System (CNS) development, maintenance, and repair. A native of York, England, Dr. Temple leads a team of 30 

researchers focused on using neural stem cells to develop therapies for eye, brain, and spinal cord disorders. In 2008, she was awarded the MacArthur 

Fellowship Award for her contribution and future potential in the neural stem cell field.

Dr. Temple received her undergraduate degree from Cambridge University, Cambridge, UK, specializing in developmental biology and neuroscience. 

She performed her Ph.D. work in optic nerve development at University College London, UK. She received a Royal Society fellowship to support her 

postdoctoral work at Columbia University, NY, where she focused on spinal cord development.

In 1989, Dr. Temple discovered that the embryonic mammalian brain contained a rare stem cell that could be activated to proliferate in vitro and produce 

both neurons and glia. Since then, her lab has continued to make pioneering contributions to the field of stem cell research, by characterizing neural 

stem cells and the intrinsic and environmental factors that regulate their behavior. Her lab’s research on the characterization of neural stems and 

progenitors brings us closer to developing effective clinical treatments for central nervous system damage in which tissue is lost, for example, due to 

neurodegenerative diseases or trauma.

As the Scientific Director of NSCI, Dr. Temple oversees the research mission from basic to translational projects. Dr. Temple is a member of the board of 

directors and is a past president of the International Society for Stem Cell Research.

1. Stern JH, Tian Y, Funderburgh J, Pellegrini G, Zhang K, Goldberg JL, Ali RR, Young M, Xie Y, Temple S. Regenerating Eye Tissues to Preserve and Restore 

Vision. Cell Stem Cell. 2018 Jun 1;22(6):834-849. doi: 10.1016/j.stem.2018.05.013. Erratum in: Cell Stem Cell. 2018 Sep 6;23(3):453. PMID: 29859174; 

PMCID: PMC6492284.

2. Bowles KR, Silva MC, Whitney K, Bertucci T, Berlind JE, Lai JD, Garza JC, Boles NC, Mahali S, Strang KH, Marsh JA, Chen C, Pugh DA, Liu Y, Gordon 

RE, Goderie SK, Chowdhury R, Lotz S, Lane K, Crary JF, Haggarty SJ, Karch CM, Ichida JK, Goate AM, Temple S. ELAVL4, splicing, and glutamatergic 

dysfunction precede neuron loss in MAPT mutation cerebral organoids. Cell. 2021 Aug 19;184(17):4547-4563.e17. doi: 10.1016/j.cell.2021.07.003. Epub 

2021 Jul 26. PMID: 34314701; PMCID: PMC8635409.

3. Temple S, Goldstein LSB. Why we need fetal tissue research. Science. 2019 Jan 18;363(6424):207. doi: 10.1126/science.aaw6299. PMID: 30655416.

4. Temple S. Advancing cell therapy for neurodegenerative diseases. Cell Stem Cell. 2023 May 4;30(5):512-529. doi: 10.1016/j.stem.2023.03.017. Epub 2023 

Apr 20. PMID: 37084729; PMCID: PMC10201979.
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Dr. Daniel Ting is the Associate Professor at Duke-NUS Medical School, senior consultant vitreo-retinal surgeon and Chief Data and Digital Officer of the 

Singapore National Eye Center, Head of AI and Digital Innovation at the Singapore Eye Research Institute (SERI), Director of Singapore Health Service AI 

Office, and the innovation mentor at Byers Eye Institute, Stanford University. He was also the 2017/2018 US-ASEAN Fulbright Scholar visiting Johns Hopkins 

University to exchange expertise in AI and big data for medicine. Dr. Ting’s research focus is related to AI and digital health-related applications for eye and 

retinal diseases that span across machine learning, deep learning, privacy-preserving technology such as blockchain technology, federated machine learning, 

and generative adversarial network, satellite technology (4G and 5G), conversational AI chatbot using natural language processing and cybersecurity (e.g., 

adversarial attack). 

To date, Daniel has published >200 peer-reviewed publications in high-impact journals, such as JAMA, NEJM, Lancet, Nature Medicine, Nature Biomedical 

Engineering, Lancet Digital Health, Progress in Retinal and Eye Research, Diabetes Care, Nature Digital Medicine, Ophthalmology and etc. Of those, 45 were 

published in high-impact journals (IF >10), either as the 1st, last, or corresponding author’s co-authors. Daniel has received > 50M research grants, of which 10 

M as a principal investigator, and 40M as co-investigators on AI and digital innovation-related projects in health. 

Dr. Ting serves in several AI leadership executive positions at the different international AI and eye societies, including the EXCO in American Academy of 

Ophthalmology, Equator Network for AI guidelines - STARD-AI, QUADAS-AI and DECIDE-AI, International Agency for Prevention of Blindness (IAPB) technology 

taskforce, and he also chairs the AI and Digital Innovation Standing Committee for the Asia-Pacific Academy of Ophthalmology and Asia-Pacific Vitreo-Retinal 

Society. He also serves on numerous editorial boards in top-tiered digital and medical journals, including Associate Editor for Nature Digital Medicine (Tier 1 

for Digital Journal), Section Editor in British Journal of Ophthalmology (Tier 1 for Ophthalmology), and Editor in Ophthalmology (Tier 1 for Ophthalmology).

For the accomplishment, Dr. Ting was recognized by many top-tiered international AI and ophthalmology societies in winning many prestigious scientific 

awards, including US ARVO Bert Glaser Award for Innovative Research in Retina, US Macula Society Evangelos Gragoudas Award, MICCAI OMIA Prestigious 

Achievement Award, Tatler Asia Gen T Award, Asia-Pacific Academy Ophthalmology (APAO) Nakajima Award, Asia-Pacific Vitreo-Retinal Society Ian Constable 

Award, APAO Young Ophthalmologist’s Award, and APTOS Young Innovator Award. In 2022 and 2023, Daniel was ranked on the Top 100 Ophthalmologists 

Power list by the Ophthalmologists. In 2022, he was also ranked top 0.001% (Top 100 in the clinical domain) in the World’s Top 2% Scientists by the Stanford 

University world ranking. In 2021 and 2022, he is also ranked 1st for deep learning, 4th for AI, and 6th for machine learning in the world across all domains 

(>55K researchers) for the past 10 years (2010-2021) by the ExpertScape.

1. Ting DSW, Carin L, Dzau V, Wong TY. Digital technology and COVID-19. Nat Med. 2020 Apr;26(4):459-461. doi: 10.1038/s41591-020-0824-5. PMID: 32284618; 

PMCID: PMC7100489.

2. Teo ZL, Ting DSW. Non-fungible tokens for the management of health data. Nat Med. 2023 Feb;29(2):287-288. doi: 10.1038/s41591-022-02125-2. PMID: 

36690812.

3. Tan TE, Anees A, Chen C, Li S, Xu X, Li Z, Xiao Z, Yang Y, Lei X, Ang M, Chia A, Lee SY, Wong EYM, Yeo IYS, Wong YL, Hoang QV, Wang YX, Bikbov MM, Nangia 

V, Jonas JB, Chen YP, Wu WC, Ohno-Matsui K, Rim TH, Tham YC, Goh RSM, Lin H, Liu H, Wang N, Yu W, Tan DTH, Schmetterer L, Cheng CY, Chen Y, Wong 

CW, Cheung GCM, Saw SM, Wong TY, Liu Y, Ting DSW. Retinal photograph-based deep learning algorithms for myopia and a blockchain platform to 

facilitate artificial intelligence medical research: a retrospective multicohort study. Lancet Digit Health. 2021 May;3(5):e317-e329. doi: 10.1016/S2589-

7500(21)00055-8. Erratum in: Lancet Digit Health. 2021 Jul;3(7):e413. PMID: 33890579.

4. Ng WY, Tan TE, Movva PVH, Fang AHS, Yeo KK, Ho D, Foo FSS, Xiao Z, Sun K, Wong TY, Sia AT, Ting DSW. Blockchain applications in health care for 

COVID-19 and beyond: a systematic review. Lancet Digit Health. 2021 Dec;3(12):e819-e829. doi: 10.1016/S2589-7500(21)00210-7. Epub 2021 Oct 13. PMID: 

34654686; PMCID: PMC8510632.
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Karmen Trzupek currently serves as the Sr. Director of Scientific Programs at Global Genes, a position that enables her to bring together her passion for 

supporting rare disease communities and her experiences with academia, telemedicine, advocacy, and industry. 

Karmen has a long background and interest in inherited retinal diseases, and previously worked at the Casey Eye Institute in Portland, Oregon, providing 

counseling and education to patients and families with inherited eye diseases and coordinating clinical and molecular research. She developed the first 

nationwide telemedicine program for ocular genetic counseling and genetic testing at InformedDNA, and co-developed both pharma- and advocacy-

sponsored genetic testing programs, as a consultant to Spark Therapeutics and the Foundation Fighting Blindness. She also spent more than 10 years 

serving on the Board of Directors for the Usher Syndrome Coalition and the Hear See Hope Foundation. 

At Global Genes, Karmen drives collaborative programming and partnerships to maximize the RARE-X data platform for the advancement of patient-

driven research and industry-supported therapeutic pipelines. In partnership with multiple global patient advocacy organizations, Karmen currently leads 

the Vision Consortium: a collaboration aimed at developing open access to robust research data across rare genetic disorders of vision loss to accelerate 

therapeutic development.

1. Lam BL, Leroy BP, Black G, Ong T, Yoon D, Trzupek K. Genetic testing and diagnosis of inherited retinal diseases. Orphanet J Rare Dis. 2021 Dec 

14;16(1):514. doi: 10.1186/s13023-021-02145-0. PMID: 34906171; PMCID: PMC8670140.

2. Koenekoop RK, Arriaga MA, Trzupek KM, et al. Usher Syndrome Type I. 1999 Dec 10 [Updated 2020 Oct 8]. In: Adam MP, Mirzaa GM, Pagon RA, et al., 

editors. GeneReviews® [Internet]. Seattle (WA): University of Washington, Seattle; 1993-2023. Available from: https://www.ncbi.nlm.nih.gov/books/

NBK1265/

3. Duncan JL, Bernstein PS, Birch DG, Fishman GA, Heon E, Jacobson SG, Pennesi ME, Pierce EA, Scholl HP, Stone EM, Trzupek KM, Weleber RG. 

Recommendations on Clinical Assessment of Patients with Inherited Retinal Degenerations. American Academy of Ophthalmology, June 2016.
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Stephen H. Tsang MD, Ph.D. cares for individuals with retinal degenerations and is known worldwide for his pivotal contribution in metabolome engineering 

as a therapeutic avenue. He has been culturing embryonic stem (ES) cells since 1992 and created the first mouse model for a recessive form of retinitis 

pigmentosa (RP) by applying genome engineering to ES cell technology in 1995. He successfully treated preclinical models of Pde6a Pde6b Mfrp Rho 

Cngb1 and autosomal recessive bestrophin retinopathies. He has expertise in designing and testing genome engineering strategies in pre-clinical models 

developing patient-specific knock-in models generating of patient cell lines and providing care to patients with a precision medicine approach. He is also 

leading efforts in FDA trials for gene therapies including PDE6A RAB geranylgeranyl transferase RPGR CNGB3 CNGA3 and ABCA4 retinopathies. He wrote 4 

books: “Precision Medicine CRISPR and Genome Engineering: Moving from Association to Biology and Therapeutics” and “Stem Cell Biology and Regenerative 

Medicine in Ophthalmology” Springer Press NY and “Stem Cell Biology and Regenerative Medicine in Ophthalmology” Springer Press NY. He is an elected 

member of several honorary societies including the American Society for Clinical Investigation Alcon Research Institute and American Ophthalmological 

Society. He is consistently named to various NIH study sections (DPVS standing member 2014-8; PED2 standing member 2022-6).

He graduated from Johns Hopkins University where he began his medical genetics training under the tutelage of Professor Victor A. McKusick. He received 

his MD/Ph.D. degrees from the NIH-National Institute of General Medical Sciences Medical Scientist Training Program (MSTP) at Columbia University. Dr. 

Tsang’s contributions has being recognized by the 2005 “Bernard Becker-Association of University Professor in Ophthalmology”-“Research to Prevent 

Blindness” Award Carl Camras Award the 2013 Bradley Straatsma Lectureship 2018 Young Investigator Award Macular Society. Dr. Tsang received 2008 

resident teaching award and is the Columbia ophthalmology basic science course director (2006-2011). He is an elected member of several honorary 

societies including the American Society for Clinical Investigation Alcon Research Institute and American Ophthalmological Society (Thesis Committee 

chair, 2002-3). 
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Budd Tucker was born and raised in a small fishing town on the coast of Newfoundland’s Great Northern Peninsula, in northeast Canada. His formative 

years were spent on his father’s commercial fishing boats, where during the summer, they fished the waters of the North Atlantic for Cod, Shrimp, Ocean 

Perch, and Greenland Halibut. In the fall of 1996, he attended Sir Wilfred Grenfell College, where he became the first person in his nuclear family to obtain 

a college degree. At the age of 23, Budd left commercial fishing behind and attended graduate school full time. In 2006, he obtained his Ph.D. degree in 

neuroscience under the mentorship of Dr. Karen M. Mearow at Memorial University of Newfoundland, School of Medicine. He subsequently moved to Boston 

to complete post-doctoral training under the mentorship of Dr. Michael J. Young at the Schepens Eye Research Institute, Harvard Medical School, where in 

2009, he was promoted to the rank of faculty.

In 2010, Budd joined the Institute for Vision Research and the Department of Ophthalmology and Visual Science at the University of Iowa, where he is 

currently a full professor and holds the Ruby Endowed Chair of Regenerative Ophthalmology. He directs both the Ruby Retinal Engineering Laboratory, 

which is focused on the development of novel tissue engineering and robotic strategies for the production of autologous photoreceptor cell grafts, and the 

Dezii Translational Vision Research Facility, a cGMP manufacturing suite with ISO class 5 capabilities dedicated to the production of gene and cell-based 

therapeutics. The major focus of his laboratory is to combine state-of-the-art patient-specific induced pluripotent stem cells, CRISPR-based genome 

editing, and tissue engineering technologies to develop affordable gene and autologous photoreceptor cell replacement strategies for the treatment of 

patients with inherited retinal degenerative blindness.

1. Bohrer LR, Stone NE, Mullin NK, Voigt AP, Anfinson KR, Fick JL, Luangphakdy V, Hittle B, Powell K, Muschler GF, Mullins RF, Stone EM, Tucker BA. 

Automating iPSC generation to enable autologous photoreceptor cell replacement therapy. J Transl Med. 2023 Feb 28;21(1):161. doi: 10.1186/s12967-023-

03966-2. PMID: 36855199; PMCID: PMC9976478.

2. Han IC, Bohrer LR, Gibson-Corley KN, Wiley LA, Shrestha A, Harman BE, Jiao C, Sohn EH, Wendland R, Allen BN, Worthington KS, Mullins RF, Stone 

EM, Tucker BA. Biocompatibility of Human Induced Pluripotent Stem Cell-Derived Retinal Progenitor Cell Grafts in Immunocompromised Rats. Cell 

Transplant. 2022 Jan-Dec;31:9636897221104451. doi: 10.1177/09636897221104451. PMID: 35758274; PMCID: PMC9247396.

3. Tucker BA, Burnight ER, Cranston CM, Ulferts MJ, Luse MA, Westfall T, Scott CA, Marsden A, Gibson-Corley K, Wiley LA, Han IC, Slusarski DC, Mullins RF, 

Stone EM. Development and biological characterization of a clinical gene transfer vector for the treatment of MAK-associated retinitis pigmentosa. Gene 

Ther. 2022 May;29(5):259-288. doi: 10.1038/s41434-021-00291-5. Epub 2021 Sep 14. PMID: 34518651; PMCID: PMC9159943.

4. Han IC, Wiley LA, Ochoa D, Lang MJ, Harman BE, Sheehan KM, Mullins RF, Stone EM, Tucker BA. Characterization of a novel Pde6b-deficient rat model 

of retinal degeneration and treatment with adeno-associated virus (AAV) gene therapy. Gene Ther. 2023 Apr;30(3-4):362-368. doi: 10.1038/s41434-022-

00365-y. Epub 2022 Sep 29. PMID: 36175490.

5. Burnight ER, Gupta M, Wiley LA, Anfinson KR, Tran A, Triboulet R, Hoffmann JM, Klaahsen DL, Andorf JL, Jiao C, Sohn EH, Adur MK, Ross JW, Mullins RF, 

Daley GQ, Schlaeger TM, Stone EM, Tucker BA. Using CRISPR-Cas9 to Generate Gene-Corrected Autologous iPSCs for the Treatment of Inherited Retinal 

Degeneration. Mol Ther. 2017 Sep 6;25(9):1999-2013. doi: 10.1016/j.ymthe.2017.05.015. Epub 2017 Jun 12. PMID: 28619647; PMCID: PMC5589061.
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Jennifer Wellman has more than 20 years’ experience in adeno-associated viral (AAV) vector gene therapy research and development. She is currently Chief 

Development Officer at Akouos, a wholly owned subsidiary of Eli Lilly and Company and a precision genetic medicine company focused on developing gene 

therapies with the potential to restore, improve, and preserve high-acuity physiologic hearing for individuals who live with disabling hearing loss. Previously, 

Ms. Wellman served as Akouos’s Senior Vice President of Regulatory and Quality. Prior to that, Ms. Wellman was Co-founder, Head of Product Development 

Strategy, and Head of Regulatory Strategy at Spark Therapeutics, Inc., a member of the Roche Group and a fully integrated, commercial gene therapy 

company. While at Spark, and in her earlier role as Director of Regulatory for the Center for Cellular and Molecular Therapeutics at Children’s Hospital of 

Philadelphia (CHOP), Ms. Wellman led the regulatory and clinical development for several AAV gene therapies, including Luxturna®, the first FDA-approved 

gene therapy for a genetic condition. Prior to her time at CHOP, she served as an Associate Scientist at Avigen, Inc.

In her current role leading Akouos’s clinical, regulatory, and quality teams, Wellman is spearheading the clinical development of the first potential AAV 

gene therapies for inner ear conditions, including the first such product candidate to receive Orphan Drug and Rare Pediatric Disease designations from the 

U.S. FDA. She is widely regarded as a pioneer in the development of novel genetic medicines and has dedicated more than two decades to creating gene 

therapies, including for rare congenital eye and ear conditions. 

Ms. Wellman also serves as a board member for the American Society of Gene & Cell Therapy, working to advance knowledge and awareness of, and 

education about, gene and cell therapies, with the hope of preventing and curing diseases. Ms. Wellman holds an M.S. from the University of New Haven and 

an Honours B.S. in microbiology and immunology from Queen’s University (Canada).

1. Russell S, Bennett J, Wellman JA, Chung DC, Yu ZF, Tillman A, Wittes J, Pappas J, Elci O, McCague S, Cross D, Marshall KA, Walshire J, Kehoe TL, Reichert 

H, Davis M, Raffini L, George LA, Hudson FP, Dingfield L, Zhu X, Haller JA, Sohn EH, Mahajan VB, Pfeifer W, Weckmann M, Johnson C, Gewaily D, Drack A, 

Stone E, Wachtel K, Simonelli F, Leroy BP, Wright JF, High KA, Maguire AM. Efficacy and safety of voretigene neparvovec (AAV2-hRPE65v2) in patients with 

RPE65-mediated inherited retinal dystrophy: a randomised, controlled, open-label, phase 3 trial. Lancet. 2017 Aug 26;390(10097):849-860. doi: 10.1016/

S0140-6736(17)31868-8. Epub 2017 Jul 14. Erratum in: Lancet. 2017 Aug 26;390(10097):848. PMID: 28712537; PMCID: PMC5726391.

2. Maguire AM, Simonelli F, Pierce EA, Pugh EN Jr, Mingozzi F, Bennicelli J, Banfi S, Marshall KA, Testa F, Surace EM, Rossi S, Lyubarsky A, Arruda VR, 

Konkle B, Stone E, Sun J, Jacobs J, Dell’Osso L, Hertle R, Ma JX, Redmond TM, Zhu X, Hauck B, Zelenaia O, Shindler KS, Maguire MG, Wright JF, Volpe 

NJ, McDonnell JW, Auricchio A, High KA, Bennett J. Safety and efficacy of gene transfer for Leber’s congenital amaurosis. N Engl J Med. 2008 May 

22;358(21):2240-8. doi: 10.1056/NEJMoa0802315. Epub 2008 Apr 27. PMID: 18441370; PMCID: PMC2829748.

3. George LA, Ragni MV, Rasko JEJ, Raffini LJ, Samelson-Jones BJ, Ozelo M, Hazbon M, Runowski AR, Wellman JA, Wachtel K, Chen Y, Anguela XM, Kuranda 

K, Mingozzi F, High KA. Long-Term Follow-Up of the First in Human Intravascular Delivery of AAV for Gene Transfer: AAV2-hFIX16 for Severe Hemophilia B. 

Mol Ther. 2020 Sep 2;28(9):2073-2082. doi: 10.1016/j.ymthe.2020.06.001. Epub 2020 Jun 10. PMID: 32559433; PMCID: PMC7474338.

4. Wright JF, Wellman J, High KA. Manufacturing and regulatory strategies for clinical AAV2-hRPE65. Curr Gene Ther. 2010 Oct;10(5):341-9. doi: 

10.2174/156652310793180715. PMID: 20712582.

5. Berry D, Wellman J, Allen J, Mayer C. Assessing the state of Medicaid coverage for gene and cell therapies. Mol Ther. 2022 Sep 7;30(9):2879-2880. doi: 

10.1016/j.ymthe.2022.08.009. Epub 2022 Aug 26. PMID: 36029768; PMCID: PMC9482011.
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Dr. Williams is the Chief of the Division of Hematology/Oncology, and the Leland Fikes Professor of Pediatrics at Harvard Medical School. He previously 

served as Senior and Executive Vice President and Chief Scientific Officer of Boston Children’s Hospital and President of the Dana Farber/Boston Children’s 

Cancer and Blood Disorders Center. Williams originally trained in hematology/oncology at Boston Children’s Hospital and Dana-Farber Cancer Institute. 

During his fellowship research at the MIT Cancer Center and the Whitehead Institute, he developed techniques that allowed for the introduction of genes 

into murine and human hematopoietic cells. Those techniques are still commonly utilized today. He was the inaugural Director of the Herman B Wells 

Center for Pediatric Research at Indiana University from 1991 – 2001. 

Prior to rejoining Children’s in December 2007, he was at Cincinnati Children’s Hospital Medical Center (CCHMC), where he was the founding director of 

the Division of Experimental Hematology, attending physician in hematology/oncology, and associate chair for Translational Research in the Department 

of Pediatrics. He was a Howard Hughes Medical Institute Investigator for 16 years, and his laboratory has been continuously funded by the NIH since 1986. 

He has trained over 60 fellows and post-doctoral fellows and numerous residents and medical students in his laboratory, the majority of whom are still in 

academic medicine. He is a member of the National Academy of Medicine and has published over 400 peer-reviewed manuscripts and textbook chapters. 

He formerly served on the NIH Recombinant DNA Advisory Committee and Gene Therapy Safety Assessment Board. He is actively involved in gene therapy 

trials for hematologic, immunodeficiency, and neurological genetic diseases and has been the investigator, co-investigator, or sponsor (IND holder) of 

multiple previous gene therapy trials and is the sponsor or investigator of four current trials. 

He served as the Editor-In-Chief of Molecular Therapy from 2004 – 2009 and is co-founder of the Transatlantic Gene Therapy Consortium and the North 

American Pediatric Aplastic Anemia Consortium (NAPAAC). His basic research has focused on hematopoietic stem cell biology, including genetic diseases 

of the blood and specifically molecular and biochemical analysis of the interaction between hematopoietic stem cells and the bone marrow supporting 

environment. His laboratory has significant experience in stem cell biology, hematopoiesis, and gene correction and transfer techniques. His basic research 

has focused on hematopoietic stem cell biology, including genetic diseases of the blood, and his laboratory has studied Rho GTPases for over 25 years 

resulting in his laboratory description of the molecular basis for three rare human diseases due to mutations of GTPases RAC2,  RHOH and most recently 

SEPTIN6. He has multiple patents, of which two have been developed into FDA-approved drugs (Neumega™ and Retronectin™), and is co-founder of two 

biotech companies, Orchard Therapeutics and Alerion Biosciences. Dr. Williams has served as an expert consultant for insert site analysis for multiple 

biotech companies. He served as the coordinating investigator for the pivotal trial for eli-cel™ product, serving from protocol conception through expert 

testimony at the FDA FDA BLA 125755 Elivaldogene automcel (eli-cel) application Advisory Committee meeting. Dr. Williams is a past President of the 

International Society of Experimental and the American Society of Hematology.

1. Hacein-Bey-Abina S, Pai SY, Gaspar HB, Armant M, Berry CC, Blanche S, Bleesing J, Blondeau J, de Boer H, Buckland KF, Caccavelli L, Cros G, De Oliveira S, 

Fernández KS, Guo D, Harris CE, Hopkins G, Lehmann LE, Lim A, London WB, van der Loo JC, Malani N, Male F, Malik P, Marinovic MA, McNicol AM, Moshous 

D, Neven B, Oleastro M, Picard C, Ritz J, Rivat C, Schambach A, Shaw KL, Sherman EA, Silberstein LE, Six E, Touzot F, Tsytsykova A, Xu-Bayford J, Baum C, 

Bushman FD, Fischer A, Kohn DB, Filipovich AH, Notarangelo LD, Cavazzana M, Williams DA, Thrasher AJ. A modified γ-retrovirus vector for X-linked severe 

combined immunodeficiency. N Engl J Med. 2014 Oct 9;371(15):1407-17. doi: 10.1056/NEJMoa1404588. PMID: 25295500; PMCID: PMC4274995.

2. Williams DA. Two Decades of Molecular Therapy and a 35-Year Personal View of Changes in Gene Therapy. Mol Ther. 2019 Mar 6;27(3):479-480. doi: 10.1016/j.

ymthe.2019.02.003. Epub 2019 Feb 14. PMID: 30773447; PMCID: PMC6402945.

3. Eichler F, Duncan C, Musolino PL, Orchard PJ, De Oliveira S, Thrasher AJ, Armant M, Dansereau C, Lund TC, Miller WP, Raymond GV, Sankar R, Shah AJ, Sevin 

C, Gaspar HB, Gissen P, Amartino H, Bratkovic D, Smith NJC, Paker AM, Shamir E, O’Meara T, Davidson D, Aubourg P, Williams DA. Hematopoietic Stem-

Cell Gene Therapy for Cerebral Adrenoleukodystrophy. N Engl J Med. 2017 Oct 26;377(17):1630-1638. doi: 10.1056/NEJMoa1700554. Epub 2017 Oct 4. PMID: 

28976817; PMCID: PMC5708849.
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Born in Ukraine and growing up in the Philadelphia area, Dr. Yankovskaya received her Doctor of Pharmacy degree from the Philadelphia College of 

Pharmacy, where she was recognized with the Community Service Scholarship. During this time, she volunteered in the pharmacogenomics lab of Dr. 

Rajeev Sachdeva at the Philadelphia Veterans Affairs Medical Center. After graduation, she completed a fellowship in Managed Markets and received her 

Master of Business Administration degree in Pharmaceutical and Healthcare Business from the Mayes College of Healthcare Business and Policy. Over the 

past 10 years at Genentech, she has worked on commercial teams focused on product management and access and, more recently, on the medical side of 

Genentech, focusing on clinical trials and scientific exchange with ophthalmologists. 

Dr. Yankovskaya volunteers as a scholarship reviewer for the eQuality Scholarship Collaborative, is involved with the board of a local reproductive health 

nonprofit organization and is a fellow of the Leadership Philadelphia Core Program.

1. Kuriyan AE, Chiang A, Regillo CD, Yonekawa Y, Ho AC, Hsu J, Garg SJ, Yankovskaya Y, Blotner S, Stoilov I, Starr M. Increased Central Foveal Thickness 

Fluctuations are Associated with Less Visual Gains in Patients With Central Retinal Vein Occlusion. Presented at the 55th Annual Congress of the 

Retina Society. 2022 Nov 2–5; Pasadena, CA.
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Dr. Glenn Yiu is a Professor of Ophthalmology at UC Davis. He earned his dual MD/Ph.D. degrees at Harvard Medical School, residency training at the 

Massachusetts Eye & Ear Infirmary, and vitreoretinal fellowship at Duke. He joined UC Davis as a clinician-scientist and vitreoretinal surgeon in 2014, where 

he now leads a translational research program studying age-related macular degeneration (AMD) and other retinal diseases. His focuses include ocular 

imaging technologies, gene editing and delivery, and animal models of retinal disease. He reported the first use of CRISPR-based genome editing as a 

treatment strategy for wet AMD, discovered the use of microneedles for suprachoroidal gene delivery, and pioneered important studies on drusen evolution 

in rhesus monkeys. He currently serves as Director of the UC Davis Reading Center and Director of Tele-ophthalmology, where he has pioneered a teleretinal 

screening program to expand eye screening among diabetic patients in Northern California.

Dr. Yiu has published numerous peer-reviewed scientific articles and book chapters, and is the editor of the textbook “Vitreoretinal Disorders.” He also 

serves on the editorial board of Scientific Reports and Frontiers in Genome Editing, as a member of the ARVO Annual Meeting Program Committee, and as 

a course lecturer at the American Academy of Ophthalmology. He has received numerous awards, including the Ronald G. Michels Fellowship, the Heed 

Fellowship, the Retina Society Fellowship Research Award, and the Macula Society Evangelos S. Gragoudas Award. He is also supported by the National Eye 

Institute, the US Department of Agriculture, the Foundation Fighting Blindness, the BrightFocus Foundation, the Lions Club International Foundation, the 

Macula Society, and the University of California Office of the President. In 2016, he was named one of 21 “Emerging Vision Scientists” by the National Alliance 

for Eye and Vision Research for his cutting-edge research.

1. Chung SH, Sin TN, Dang B, Ngo T, Lo T, Lent-Schochet D, Meleppat RK, Zawadzki RJ, Yiu G. CRISPR-based VEGF suppression using paired guide RNAs for 

treatment of choroidal neovascularization. Mol Ther Nucleic Acids. 2022 Apr 27;28:613-622. doi: 10.1016/j.omtn.2022.04.015. (PMID: 35614998)

2. Yiu G, Chung SH, Mollhoff IN, Wang Y, Nguyen UT, Shibata B, Cunefare D, Farsiu S, Roberts J, Thomasy SM. Long-term Evolution and Remodeling of Soft 

Drusen in Rhesus Macaques. Invest Ophthalmol Vis Sci. 2020 Feb 7;61(2):32. doi: 10.1167/iovs.61.2.32. (PMID: 32084273)

3. Chung SH, Mollhoff IN, Mishra A, Sin TN, Ngo T, Ciulla T, Sieving PA, Thomasy S, Yiu G. Host immune responses after suprachoroidal delivery of AAV8 in 

nonhuman primate eyes. Hum Gene Ther. 2021 Jul;32(13-14):682-693. doi: 10.1089/hum.2020.281. (PMID: 33446041)

4. Yiu G, Chung SH, Mollhoff IN, Nguyen UT, Thomasy SM, Yoo J, Taraborelli D, Noronha G. Suprachoroidal and subretinal injections of AAV using 

transscleral microneedles for retinal gene delivery in nonhuman primates. Mol Ther Methods Clin Dev. 2020 Jan 21;16:179-191. Cover Article. doi: 10.1016/j.

omtm.2020.01.002. (PMID: 32055646)

5. Snyder K, Yazdanyar A, Mahajan A, Yiu G. Association Between the Cilioretinal Artery and Choroidal Neovascularization in Age-Related Macular Degeneration: 

A Secondary Analysis From the Age-Related Eye Disease Study. JAMA Ophthalmol. 2018 Sep 1;136(9):1008-1014. doi: 10.1001/jamaophthalmol.2018.2650. 

(PMID: 29978186)
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Michael Young, Ph.D., Associate Scientist at the Schepens Eye Research Institute, received his BS degree in behavioral neuroscience from the University of 

Pittsburgh in 1989. He then received his Ph.D. in anatomy/neuroscience from the University of Cambridge in 1995. A postdoctoral fellowship at the Institute 

of Ophthalmology, University College, London, in 1995 was followed by a two-year postdoctoral fellowship at the Massachusetts Institute of Technology, 

Department of Brain and Cognitive Sciences. In 1998, Young joined the Schepens Eye Research Institute as an Investigator. He was elected the Director of 

the Minda deGunzburg Center for Ocular Regeneration. In 2008, he was promoted to Associate Professor in the Department of Ophthalmology at Harvard 

Medical School. He is now also Co-director of the Ocular Regenerative Medicine Institute at MEE/HM.

His laboratory is focused on retinal transplantation of stem cells for the treatment of diseases such as RP (retinitis pigmentosa) and AMD. He and his 

team isolate stem cells from the neurosensory retina, expand them in culture, and then graft them into the diseased eye, where they differentiate as 

photoreceptors and restore light-induced activity. 

1. Chung SH, Sin TN, Dang B, Ngo T, Lo T, Lent-Schochet D, Meleppat RK, Zawadzki RJ, Yiu G. CRISPR-based VEGF suppression using paired guide RNAs for 

treatment of choroidal neovascularization. Mol Ther Nucleic Acids. 2022 Apr 27;28:613-622. doi: 10.1016/j.omtn.2022.04.015. (PMID: 35614998)

2. Yiu G, Chung SH, Mollhoff IN, Wang Y, Nguyen UT, Shibata B, Cunefare D, Farsiu S, Roberts J, Thomasy SM. Long-term Evolution and Remodeling of Soft 

Drusen in Rhesus Macaques. Invest Ophthalmol Vis Sci. 2020 Feb 7;61(2):32. doi: 10.1167/iovs.61.2.32. (PMID: 32084273)

3. Chung SH, Mollhoff IN, Mishra A, Sin TN, Ngo T, Ciulla T, Sieving PA, Thomasy S, Yiu G. Host immune responses after suprachoroidal delivery of AAV8 in 

nonhuman primate eyes. Hum Gene Ther. 2021 Jul;32(13-14):682-693. doi: 10.1089/hum.2020.281. (PMID: 33446041)

4. Yiu G, Chung SH, Mollhoff IN, Nguyen UT, Thomasy SM, Yoo J, Taraborelli D, Noronha G. Suprachoroidal and subretinal injections of AAV using 

transscleral microneedles for retinal gene delivery in nonhuman primates. Mol Ther Methods Clin Dev. 2020 Jan 21;16:179-191. Cover Article. doi: 10.1016/j.

omtm.2020.01.002. (PMID: 32055646)

5. Snyder K, Yazdanyar A, Mahajan A, Yiu G. Association Between the Cilioretinal Artery and Choroidal Neovascularization in Age-Related Macular Degeneration: 

A Secondary Analysis From the Age-Related Eye Disease Study. JAMA Ophthalmol. 2018 Sep 1;136(9):1008-1014. doi: 10.1001/jamaophthalmol.2018.2650. 

(PMID: 29978186)
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Donald J. Zack, MD, Ph.D., is the Guerrieri Professor of Genetic Engineering and Molecular Ophthalmology and Director of the Center for Stem Cells and 

Ocular Regenerative Medicine (STORM) at the Wilmer Eye Institute, Johns Hopkins University School of Medicine. 

His lab studies the control of gene expression in retinal ganglion cells, photoreceptor cells, and retinal pigment epithelial cells. He and his colleagues are 

also studying the mechanisms by which these cells die in glaucoma, retinitis pigmentosa, and age-related macular degeneration (AMD), and are developing 

novel methods to slow down, and hopefully prevent, their death. Additionally, they are developing methods to promote the differentiation of stem cells into 

retinal ganglion cells, photoreceptors, and RPE cells, in the hope that someday such cells might offer the possibility of restoring vision to glaucoma and 

retinal degeneration patients who have already lost significant vision due to loss of retinal cells.

1. Wahlin KJ, Cheng J, Jurlina SL, Jones MK, Dash NR, Ogata A, Kibria N, Ray S, Eldred KC, Kim C, Heng JS, Phillips J, Johnston RJ Jr, Gamm DM, Berlinicke 

C, Zack DJ. CRISPR Generated SIX6 and POU4F2 Reporters Allow Identification of Brain and Optic Transcriptional Differences in Human PSC-Derived 

Organoids. Front Cell Dev Biol. 2021 Nov 16;9:764725. doi: 10.3389/fcell.2021.764725. PMID:34869356; PMCID: PMC8635054.

2. Chamling X, Kallman A, Fang W, Berlinicke CA, Mertz JL, Devkota P, Pantoja IEM, Smith MD, Ji Z, Chang C, Kaushik A, Chen L, Whartenby KA, Calabresi PA, 

Mao HQ, Ji H, Wang TH, Zack DJ. Single-cell transcriptomic reveals molecular diversity and developmental heterogeneity of human stem cell-derived 

oligodendrocyte lineage cells. Nat Commun. 2021 Jan 28;12(1):652. doi:10.1038/s41467-021-20892-3. PMID: 33510160; PMCID: PMC7844020.

3. Welsbie DS, Mitchell KL, Jaskula-Ranga V, Sluch VM, Yang Z, Kim J, Buehler E, Patel A, Martin SE, Zhang PW, Ge Y, Duan Y, Fuller J, Kim BJ, Hamed E, 

Chamling X, Lei L, Fraser IDC, Ronai ZA, Berlinicke CA, Zack DJ. Enhanced Functional Genomic Screening Identifies Novel Mediators of Dual Leucine Zipper 

Kinase-Dependent Injury Signaling in Neurons. Neuron. 2017 Jun 21;94(6):1142-1154.e6. doi: 10.1016/j.neuron.2017.06.008. PMID: 28641113; PMCID: PMC5553555.
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Marco Zarbin, MD, Ph.D. received a B.A. (biochemistry) from Dartmouth College (Phi Beta Kappa, summa cum laude, with highest distinction) in 1978, 

matriculated to the Johns Hopkins University School of Medicine in 1978, and entered the Medical Scientist Training Program in 1980. Dr. Zarbin graduated 

from the Johns Hopkins Medical School in 1984 (Alpha Omega Alpha). He completed an ophthalmology residency at the Wilmer Ophthalmological 

Institute (Johns Hopkins Hospital) from 1985-1988. Dr. Zarbin completed fellowships in vitreoretinal surgery and in medical retinal disease at the Wilmer 

Ophthalmological Institute and was an Assistant Chief of Service at Wilmer in 1989. Dr. Zarbin was appointed Chair of the Institute of Ophthalmology and 

Visual Science, New Jersey Medical School, Rutgers University, and Chief of Ophthalmology at University Hospital in Newark, N.J., in January 1994. He is the 

Alfonse A. Cinotti, MD/Lions Eye Research Professor of Ophthalmology. 

Dr. Zarbin’s research is focused on developing treatments for age-related macular degeneration (AMD), including cell transplantation. Dr. Zarbin also 

collaborates with Prof. Ellen Townes-Anderson in the development of sight-preserving pharmacotherapy for patients with retinal detachment. This work 

has been supported by the National Eye Institute, the Department of Veterans Affairs, the Department of Defense, the Foundation Fighting Blindness, Aerie 

Pharmaceuticals, and other foundations. 

Dr. Zarbin has co-authored 288 peer-reviewed scientific publications, and he has co-edited one book on AMD, two books on cell-based therapy for retinal 

degenerative disease, and two books on the management of diabetic retinopathy.
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Have a question or need more information?
Contact our Executive Director, Jessica Pietropinto
jpietropinto.fvf@gmail.com or (216) 382-3366
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