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Conference – SMA Community

� Invested over $2.5 Million to bring community 
together every year.

� Networking – Families and Researchers:

• Opening, Lunches, Banquet, Carnival, Panels.

� Informal sharing is just as important.

� Workshops - Care:

• Standard of Care – Breathing, Feeding, 
Movement, Illness.
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IND – Investigational New Drug: 
Regulatory
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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% Fail.

� Our Goal: 

• Build a pipeline of SMA drugs.

• A new drug candidate is available if 
another fails.

• Diversity of approaches increases success.
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Families of SMA Therapeutic Pipeline

� FSMA is currently funding 3 distinct drug 
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
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SMA Project NINDS

Isis / Antisense

IND = Investigation New Drug Application needed for FIH
FIH = First in Human     
NDA = New Drug Application for FDA approval

Motor neuron Replacement (CSC)

Quinazolines (FSMA)

Escalating Costs

Multiple Early Stage Projects

Undisclosed small molecules

HDAC inhibitors

Gene therapy

\

Paratek

PTC Therapeutics

10% make it from here!

Trophos
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SMA Community

Orphan Disease: 

� Everything starts with the community.

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

� Over time, if successful, will see transition: 

• plus Government, 

• plus Companies.


