PaVe-GT

Platform Vector Gene Therapy

TRANSLATIONAL RESEARCH PROCESS

From Research Discoveries to Medicines

RESEARCH CLINICAL TESTING MEDICINES
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Key considerations during preclinical development
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Activities in AAV gene therapy translation
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Clinical study design
Biomarkers
Bioanalytical assays
Efficacy endpoints

@'_ Plan early and develop an integrated approach as key aspects
—4 of different studies inform each other

AAV- Adeno-associated virus; CMC- Chemistry, Manufacturing and Controls Created using Biorender.com

Explore PaVe-GT Resources for a deeper dive into the different activities
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