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Abstract

Exciting progress has been made in the development of gene therapy, and experimental research has brought
forward novel treatment opportunities for viral vectors, DNA vectors, and gene-modified cell therapies. Clinical
development of a gene therapy drug is challenging, requiring understanding of controlled manufacturing, relevant
nonclinical pharmacology and safety studies, and clinical risk factors. For initiating clinical trials in the United
States, regulatory requirements for investigational gene therapy drugs are more stringent than those with other
investigational biologics (recombinant antibodies or recombinant proteins). This talk will highlight these
requirements, including the following: 1) submissions to regulatory authorities, 2) manufacturing, and 3) non-
clinical studies.
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