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Welcome to the NCLRA

Clinical Trial Initiative Conference

May 11 & 12  2000

 

AGENDA
NCLRA: Clinical Trial Initiative

May 11th
 












7:30 AM 
Breakfast Reception - Hyatt Regency Hotel
8:15 AM
Bus leaves for the NIH




(Bldg 31, Room 8A28) 

8:45 AM

Welcome from the NIH and NCLRA 

· Opening

· Objectives

· Format of conference with Q&A 

9:00 AM

Introduction – Mark Sands 

· Introduction of attendees (NIH, Advisors, FDA, NCLRA)

· Roles defined

9:20 AM
CLN1 Research Update – Sandra Hofmann

· Current research efforts

· Questions and Answers 

10:05 AM
Break

10:25 AM
CLN2 Research Update – Peter Lobel

· Current research efforts

· Questions and Answers 

11:10 AM
Current Research Summary

11:45 AM
       Lunch
(Lunch will be served in the conference room) 
12:35 PM
AAV/CLN1 & CLN2  - Research Vector – Mark Sands

1:35 PM         AAV/CLN1 & CLN2 – Research Vector

· Questions and Answers
2:30 PM

Break

2:45 PM
FDA Update – Cynthia Rask M.D.

· FDA’s gene therapy outlook

· CLN1/CLN2 next steps

· Questions and Answers 

4:00 PM
Summary of Day 1
· Document topics covered

· Record and agree on next steps

5:00 PM
Bus leaves for Hyatt

7:00 PM
Dinner – Hyatt Regency Hotel   (sponsored by the NCLRA)



Dinner will be held in Fellini’s Restaurant

May 12th
 












8:00 AM 
Bus leaves for NIH 



(Breakfast will be available at the conference site)

8:30 AM

Review Objectives

8:40 AM

Business Plan Overview – Phil Milto 

9:30 AM
GENZYME – Greg Stewart

10:05 AM
AVIGEN – Ken Chanhine

10:40 PM
CELL GENESYS – Jennifer Davis

11:15 AM
GENOVO – Gary Kurtzman

11:50 AM
Lunch (Lunch will be served in the conference room)
12:20 PM
UNIVERSITY OF MINNESOTA – Chester Whitley

12:55 PM
Conference Close: Summary of Day 1 and Day 2
· Confirm organizations level of interest

· Record and agree on next steps

2:00 PM
Bus leaves for Hyatt

Conference Attendees 
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Organizations 

Genzyme Corporation

   Dr. Seng Cheng

   One Mountain Road 

   Framingham MA 01701

   Seng.Cheng@genzyme.com
   Dr. Scott Eisenbeis

   One Mountain Road 

   Framingham MA 01701

   Scott.Eisenbeis@Genzyme.com
   Dr. Greg Stewart
   One Mountain Road 

   Framingham MA 01701 

   gstewart@genzyme.com 

Avigen
  Dr. Kenneth Chahine
   1201 Harbor Bay Pkwy #1000

   Alameda  CA  94502  

   Chahine@avigen.com
Cell Genesys Inc.

  Dr. Jennifer Davis

   324 Lakeside Dr.

   Foster City  CA  94404 

   jenniferd@cellgenesys.com
Genovo Inc.

   Dr. Vaughn Himes 

   512 Elmwood Avenue 

   Elmwood Court Two 

   Sharon Hill, PA. 19079

   vhimes@genovo.com
   Dr. Gary Kurtzman 

   512 Elmwood Avenue 

   Elmwood Court Two 

   Sharon Hill, PA. 19079

   gkurtzman@genovo.com
University of Minnesota

   Dr. Chester Whitley

   516 Delaware St. SE 

   PWB 13-146 

   Minneapolis  MN  55455 

   whitley@maroon.tc.umn.edu
Investigators for Therapeutic Approaches 

   Dr. Dan Bothius

   University of Iowa 

   200 EMRB 

   Iowa City   IA 52242

   Dr. Jonathon Cooper

   Department of Neuropathology
   Institute of Psychiatry

   D Crespigny Park   London  SE58AF

   j.cooper@iop.kcl.ac.uk

   Dr. Beverly Davidson

   University of Iowa
   200 EMRB 

   Iowa City   IA 52242 

   beverly-davidson@uiowa.edu 
   Dr. Mark Sands

   Washington University
   School of Medicine

   Department of Internal Medicine

   660 South Euclid  Box 8007

   Bone Marrow Transplantation

   St Louis  MO  63110

   (314) 362-5494 

   msands@imgate.wustl.edu
   Dr. Sandra Hofmann 

   Southwestern Medical Center

   Department of Internal Medicine

   University of Texas
   5323 Harry Hines Blvd

   Dallas   TX   75235-8593

   (214) 648-4911

   sandra.hofmann@email.swmed.edu
   Dr. Matthew Howard

   University of Iowa
   200 EMRB 

   Iowa City   IA 52242
   Dr. Peter Lobel

   Center for Advanced Biotechnology/Med
   Robert Wood Johnson Med School

   679 Hoes Lane

   Piscataway  NJ  08854-5638

   lobel@mbcl.rutgers.edu
 Conference Attendees 
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Clinical Advisor
   Dr. Krystyna Wisniewski

   Institute for Basic Research

   1050 Forest Hill Rd

   Staten Island  NY   10314

   Phone: 718-494-0600

   Fax:     718-698-3803

Theraputic Advisor

   Dr. Berge Minassian

   Neurology Department

   The Hospital for Sick Children

   555 University Ave

   Toronto, Ontario M5G1X8 

   Canada

   (416) 813-6291

   bminass@sickkids.on.ca
NCL Project Coordinator
   Dr. Giovanna Spinella

   National Institute of Health

   Program Director, Division of Fundamental

   Neuroscience & Developmental Disorders

   7550 Wisconsin Ave  Rm 8C-04

   Bethesda  MD  20892

   (301) 496-5827

   GS41B@nih.gov
FDA Representative

   Dr. Cynthia Rask

   CBER

   HFM-576

   1401 Rockville Pike Suite 200 North

   Rockville   MD  20852

   (301) 827-5096

   Raskc@cber.fda.gov
Conference Guest
   Lance Johnston, Director

   Batten Disease Support and Research Association

   2600 Parsons Ave

   Columbus  OH  43207

   Bdsra1@bdsra.org
NCLRA Representatives
   Liz Aurelio


  1721 Mt Vernon Dr

  San Jose  CA  95125

  Phone: 408-448-2530

  Fax: 
  408-264-1767

  Email: dlaurelio@earthlink.net


   Chris Campbell

   114 Browning Lane

   Rosemont  PA  19010

   Phone: 610-260-4777  Ext 4720

   Fax: 
   610-630-9097

   Email: campb5@bellatlantic.net
   Andrew Henery 


   57 Pleasance Road

   St Pauls Cray

   Orpington  Kent BR5 3AR

   Phone/Fax: 01689 827913

   Email: ahenery@aol.com
   Phil Milto
   459 S State Road 135

   Greenwood  IN  46142

   Phone: 800-720-9122

   317-888-7396

   Fax: 
   317-888-0504

   Email: pmilto@indy.net
   Andrea Schneider


   63 Perfitt Cresent

   Ajax  Ontario  L1Z 1J3

   Canada

   Phone: 416-586-5554

   Fax:
   416-586-5733

   Email: andreas@rom.on.ca



   Caroline Wright

   13 Bershire Avenue

   Merewether  NSW   2291

   Australia

   Phone/Fax: 612 49636466

   Email: caroline@idl.net.au
   Phone : 800-448-4570


NCLRA Members












Liz Aurelio

1721 Mt Vernon Dr

San Jose  CA  95125

Phone: 408-448-2530

Fax: 
408-264-1767

Email: dlaurelio@earthlink.net
Ricky Bennett

2 Plymouth Ct

Flemington  NJ  08822

Phone: 908-782-4140 Ext 239

Email: nclsra@aol.com
Chris Campbell

114 Browning Lane

Rosemont  PA  19010

Phone: 610-260-4777  Ext 4720

Fax: 
610-630-9097

Email: campb5@bellatlantic.net

Reg Ford

83 Weymouth Bay Ave

Weymouth  Dorset DT3 5AD
England

Phone/Fax: 44 1305 772886

Email: regjford@aol.com
Andrew J. Henery

57 Pleasance Road

St Pauls Cray

Orpington  Kent BR5 3AR

Phone/Fax: 01689 827913

Email: ahenery@aol.com
Phil Milto

459 S State Road 135

Greenwood  IN  46142

Phone: 800-720-9122

317-888-7396

Fax: 
317-888-0504

Email: pmilto@indy.net

Russelle Rankin

27281 Owens Road

Mendelein  IL  60060

Phone: 847-566-5532

Fax: 
847-566-6135

Email: russjncl@aol.com
Andrea Schneider

63 Perfitt Cresent

Ajax  Ontario  L1Z 1J3

Canada

Phone: 416-586-5554

Fax:
416-586-5733

Email: andreas@rom.on.ca



Caroline Wright

13 Bershire Avenue

Merewether  NSW   2291

Australia

Phone/Fax: 612 49636466

Email: caroline@idl.net.au



The NCLRA 


(Neuronal Ceriod Lipofuscinosis Research Alliance) 


is a united group of foundations who’s purpose is to aid in the coordination of bringing potential therapies to clinical trials 


for the three major forms of NCL (CLN1, CLN2 and CLN3).





Through this united effort we have:





created a network of relevant research information


combined our monetary resources to achieve greater impact, and


projected one voice for all our children











MEETING OBJECTIVES








To generate pharmaceutical interest in novel therapeutic approaches (ERT/Gene therapy using AAV ) to treat CLN1 and CLN2  through open collaboration with researchers in the field.





To obtain scientific updates from NCL researchers so that we can provide disease specific information and data to company representatives.





To obtain research and development updates from leaders in the fields of Enzyme Replacement Therapy and Gene Therapy using AAV.





To identify the role of involved parties in the development of a strategy to initiate a clinical trial.











The NCLRA thanks you for your participation in this conference.
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