
I will be examining one pharmaceutical company in
this presentation that is currently pursuing an SMA
treatment within the end of 2018 and first quarter
of 2019. In upcoming videos, I will examine other
pharmaceuticals that are also active in getting their
treatment to us in the near future.

Pharmaceutical Companies Active In SMA Treatments

While I fully understand that these treatments are at
least one year away from becoming reality, this is the
time that we, as SMA patients should take, to begin
familiarizing ourselves with these pharmaceutical companies and what they could possibly 
have for us within the next few years.
The pharmaceutical companies that I will be looking at in the upcoming months, will be those 
companies that I believe have the greatest chances of getting their treatments passed through 
the U.S. Food and Drug Administration (FDA). Much of the information that I'm going to be 
giving you was information that was given to me by the pharmaceutical company itself, or 
information that I found either on their website or on the Internet itself. Any and all graphics 
used in my presentation will be linked in the description field of this video so that my 
subscribers and followers can go to these websites and see this information for themselves. 



AveXis (AVXS -101)

AveXis is a gene therapy company that is focused 
on bringing gene therapy from the lab to the
clinical setting for patients and families with rare and
orphan neurological genetic diseases. Their initial
proprietary gene therapy candidate, AVXS-101, is being
evaluated for the treatment of Spinal Muscular Atrophy
(SMA) Type 1 and Type 2. 

They have been granted proprietary gene therapy
status for their development of AVXS-101, which has
been granted Orphan Drug Designation for the treatment of all types of SMA, and 
Breakthrough Therapy Designation, as well as Fast Track Designation, for the treatment of SMA 
Type 1 which is one of the most life-threatening neurological genetic disorders in children. 

Their primary focus is to develop gene therapies for SMA, initially targeting SMA Type 1 – which 
is currently in the development stage. They have recently initiated a Phase 1 clinical trial to 
investigate AVXS-101 for the treatment of SMA Type 2. Data from this study will help inform 
potential future development plans in other SMA subtypes, SMA Type 3 and Type 4.



AveXis (AVXS -101)

SMA Type 1 Pivotal Trial (Copied Verbatim)

The open-label, single-arm, single-dose, multi-center

trial – known as STR1VE – is designed to evaluate the

efficacy and safety of a one-time IV infusion of

AVXS-101 in patients with SMA Type 1. The co-primary

efficacy outcome measures of the trial include the

achievement of independent sitting for at least 30 seconds at 18 months of age; and, event-
free survival at 14 months of age. Co-secondary outcome measures include the ability to thrive, 
and the ability to remain independent of ventilatory support at 18 months of age.



AveXis (AVXS -101)

SMA Type 2 Phase 1 Trial (Copied Verbatim)

The open-label, dose-comparison, multi-center

Phase 1 trial – known as STRONG is designed to

evaluate the safety, optimal dosing, and proof of

concept for efficacy of AVXS-101 in two distinct age 

groups of patients with SMA Type 2, utilizing a one-time

IT route of administration. The primary outcome measure for patients less than 24 months of 
age at the time of dosing is the achievement of the ability to stand without support for at least 
three seconds. The primary outcome measure for patients between 24 months and 60 months 
of age at the time of dosing is the achievement of change in Hammersmith Functional Motor 
Scale Expanded from baseline. The secondary outcome measure for both age groups is the 
proportion of patients that achieve the ability to walk without assistance, defined as taking at 
least five steps independently while displaying coordination and balance. Developmental 
abilities, including motor function, will also be evaluated as exploratory objectives.



AveXis (AVXS -101)






