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CLINICAL TESTING
Considerations for early AAV gene therapy clinical development in rare diseases

AAV gene therapy may 
be curative and lead to 

significant improvements 
in disease state
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CRITICAL COMPONENTS
Natural history studies

Patient population and controls
Safety and efficacy endpoints

Clinical monitoring
Long-term follow-up

Safe and effective dose 
Surrogate biomarkers
Optimal clinical data
Evidence to support drug approval

TARGET OUTCOMES

The design of clinical studies should be established at an early 
stage to inform preclinical development and subsequently refined 

based on the outcomes of the preclinical studies

PaVe-GT relevant resources: PCCA INTERACT package, PCCA pre-IND package (coming soon)
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https://pave-gt.ncats.nih.gov/pave-gt-resources/#Interact
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