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404 $50 million raised for SMA research

Past. Present. Future.
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together every year

= Networking — Families and Researchers:

* Opening, Lunches, Banquet, Carnival, Panels.
= |nformal sharing is just as important.
= Workshops - Care:

« Standard of Care — Breathing, Feeding,
Movement, lliness.
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IND: Final Step Before Clinical Trials for
New Drugs!
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X-ray crystallography reveals the nano-
sized drug binding site of DcpS.
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Drug Discovery

Translational Research

= Failure is the rule — 90% Fall.

= Qur Goal:

 Build a pipeline of SMA drugs.

* A new drug candidate is available if
another falls.

 Diversity of approaches increases success.

“‘i“ ii;
's ’o-
F3 4"}, %
Fam1hes of SMA
©2009 Families of SMA Support. Research. Hope.



discovery programs:

« Quinazolines.

« Tetracyclines at Paratek Pharmaceuticals.

* Motor neuron replacement at CSS and UCI.

- These three programs represent an investment of
over $16 Million so far to build a SMA drug
pipeline.
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SMA Community Drug Pipeline

A 4

> Escalating Costs

: Hit to Lead Pre-Clinical
Target ID » Assay Dev. > Screening
> > Lead Optimization Safety Phase I, II.

CI|n|caI IND NDAA
Multiple Early Stage Projects Ca”d'd?;eMA Projeci'NINDS
Undisclosed small molecules A
HDAC inhibitors A Isis / Antisense A
Gene therapy Trophos
Paratek Motor neuron Replacement (cSc)

PTC Therapeutics Quinazolines (FSMA)
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SMA Community

= Everything starts with the community.

= Small market — too risky for companies (and
government) to get involved at start.

= Qver time, if successful, will see transition:
* plus Government,
e plus Companies.
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