
COMPLETED SELECTION PROCESS 

*Criteria include gene target able to be inserted into an AAV vector; sufficient proof of concept and 
natural history studies; established disease models—at the gene, organ, or full-animal level—able 
to demonstrate transgene functionality, dose-finding studies, and conduct safety and efficacy 
testing; the existence of at least one validated, clinical meaningful outcome measure with 
suitability for an AAV gene therapy clinical trial; a known patient population affected by the 
disease and supported by a patient advocacy group; and not commercially viable. 
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• 62 diseases nominated

• 3 r e v i ewe r s p e r f o rm i nd ep end en t r e v i ews f o r e a c h a pp l i c a t i on
• Re v i ew t e ams i n c l ud e :

o E x p e r t i s e i n d i s e a s e a r e a / o r g a n s y s t em i n v o l v ed
o E x p e r t i s e i n AAV g en e t h e r a p i e s
o E x p e r t i s e w i t h c l i n i c a l t r i a l s

• App l i c a t i on s a r e s c o r ed a g a i n s t t h e c r i t e r i a e s t a b l i s h e d i n t h e
di s e a s e nomi n a t i on f o rm

• Conflicts of interest avoided

• Individual technical scores aggregated and discrepancies
reconciled

• Strength of criteria indicating clinical trial readiness*
• Recommended applications move to full Steering Committee

• Subteam recommendations reviewed
• Steering Committee votes on final 12-15 diseases to move to

submission of clinical trial applications
• Selected diseases announced and Clinical Trials RFP issued

• Clinical trial RFP issued, naming 14 eligible diseases
and defining the selection criteria

• Triplicate subject matter expert reviews
• Preclinical reviews

• Resolution of discrepancies
• "Portfolio approach" to ensure broad diversity among

disease states and potential patient populations
participating in clinical trials

• Recommended portfolio to Steering Committee

Clinical Trial RFP

Technical Review

Subteam Review & Portfolio Considerations

Steering Committee Review & Vote

Disease Nomination

Technical Review

Clinical Subteam Review

BGTC Steering Committee Decision
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FINAL CLINICAL TRIAL PORTFOLIO

For more 
information 
contact:

Courtney Silverthorn, PhD 
Associate Vice President,  
Translational Science  
csilverthorn@fnih.org

Brad Garrison, MBA, PMP 
Senior Project Manager, 
TS
bgarrison@fnih.org

    fnih.org/BGTC
Juan Esparza-Trujillo, M.S., GLPCP, GMPCP
Project Manager

jesparza@fnih.org
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