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Collaborative study on regulatory science for facilitating clinical development of gene
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therapy products for genetic diseases

Eriko Uchida®, Yuka Igarashi, Yoji Sato

Gene therapy products are expected as innovative medicinal products for intractable diseases such as
life-threatening genetic diseases and cancer. Recently, clinical developments by pharmaceutical
companies are accelerated in Europe and the United States, and the first gene therapy product in
advanced countries was approved for marketing authorization by the European Commission in 2012.
On the other hand, more than 40 clinical studies for gene therapy have been completed or ongoing in
Japan, most of them are conducted as clinical researches by academic institutes, and few clinical trials
have been conducted for approval of gene therapy products. In order to promote the development of
gene therapy products, revision of the current guideline and/or preparation of concept paper to
address the evaluation of the quality and safety of gene therapy products are necessary and desired to
clearly show what data should be submitted before First-in-Human clinical trials of novel gene therapy
products. We started collaborative study with academia and regulatory agency to promote regulatory
science toward clinical development of gene therapy products for genetic diseases based on lentivirus
and adeno-associated virus vectors; National Center for Child Health and Development (NCCHD),
Nippon Medical School and PMDA have been joined in the task force. At first, we are preparing pre-

draft of the revision of the current gene therapy guidelines in this project.
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