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Target ID       Assay Dev.     Screening Hit to 
 Lead 

   Lead 
    Optimization 

     Pre-Clinical 
Safety 

Preclinical: Discovery 

NDA 

   Clinical Trials 
   Phase I, II, III 

Clinical Development 

FDA  
Approval 

IND/
FIH 

Clinical!
Candidate!

SMA Project NINDS/Indoprofen Analogs 

CA Stem Cell/Motor Neurons* 

     Repligen/Quinazolines* 

           ISIS/Antisense* 

Escalating Costs 

Multiple Early Stage Projects 

Paratek/Tetracyclines * 

PTC/SMN2 regulators 

10% make it from here! 

Trophos/Olesxime 

OSU/Gene Therapy* 
*Projects with FSMA 

 Involvement 

Repurposed Drugs 
Under Clinical Study 

 for SMA 
Valproic Acid* 

Riluzole 
Phenylbutyrate* 

Hydroxyurea 
Salbutamol 

SMA Project NINDS/Benzimidazoles 

Androphy/SMN Regulators 


