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SMA patients being evaluated in
Project Cure SMA clinical trials.

SMA Registry: We are excited to
announce that other SMA advocacy groups
(FightSMA, SMA Foundation, and the MDA)
will be joining with us to fund the SMA
Registry at Indiana University in 2008.

Families of SMA has invested $3.4 Million
in clinical trials to date. Our current plan is
to fund an additional $1.5 Million next year.
We plan to add additional locations to our
network if new funding becomes available.

continued from front

of SMA, FightSMA, The SMA Foundation, and the MDA. As a group, we meet
regularly to organize and fund joint
community projects in the area of
clinical trials. The specific goal of the
summit was to advance SMA drug
development and SMA clinical trials.
This meeting convened representatives of
international SMA advocacy groups,
representatives of the biotech and
pharmaceutical industries, representatives of the U.S. Federal Government
(FDA and NIH), and SMA clinicians.
Over 13 drug companies attended the
event. Nine companies gave updates on
SMA drug programs ongoing within
their organizations, and FSMA has
funded three of the nine projects
presented. The experience and results
from the Project Cure SMA network
have been critical in attracting companies to invest in SMA drug development.
During the final presentation at the close
of the Summit, the FSMA quinazoline
project was highlighted as the most
promising and advanced novel program
in the whole SMA field.
An experienced and operational clinical
network will continue to be a critical
factor in bringing in companies to the

SMA field. Attracting industry funds for
clinical development of new drugs will
be essential to our success. Our major
clinical goals now are to expand the
coverage given by sites in the Project
Cure SMA network. We need to have
dispersed regional locations to allow for
easy access for patient travel and recruitment. To add an additional site to the
network requires approximately
$120,000 per year in new funding.
Ideally we would like to add 2 or 3 new
sites over the next year if funding
becomes available.
Sincerely,
Jill Jarecki, Research Director FSMA
and Sandra Reyna, Clinical Coordinator
Project Cure SMA
Current Project Cure SMA
Clinical Site Locations: Utah,
Wisconsin, Michigan, Maryland, Ohio,
Montreal, Argentina.
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One of the particularly exciting aspects
right now is that drug companies are
getting involved rather than just nonprofits. It has been a long-standing goal
of FSMA to encourage companies to
both participate in SMA drug programs
and to ultimately invest money in SMA
drug development, and now this is
happening! Tikvah Therapeutics is even
collaborating with the Project Cure SMA
network to test their proprietary new
drug formulation.
With a clinical candidate in hand for
the FSMA quinazoline project, we have
started generating the data needed for
an IND application for the FDA. If the
data indicates a safe drug and the FDA
accepts the application, first-in-human
testing can be initiated with safety
studies in healthy adults in 2008.
I would like to take this opportunity to
highlight an important event designed to
facilitate SMA drug development called
the “The SMA Summit on Drug Development ”. The SMA Drug Summit was
organized and hosted by the Patient
Advisory Group (PAG) of the International Coordinating Committee for SMA
Clinical Trials. In the US, the PAG
consists of representatives from Families

