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National Survey on Clinical Practice of Gene Therapy using Adeno-associated Virus Vector
—The Actual Status and Hurdle on Clinical Practice in Gene Therapy for Spinal Muscular Atrophy—
Masayoshi NAKAKUNI""** and Masafumi ONODERA *'
! Gene and Cell Therapy Promotion Center, National Center for Child Health and Development

2-10~1 Okura, Setagaya-ku, Tokyo 157-8535, Japan
** Clinical Research Center, National Center for Child Health and Development, Japan
Onasemnogene abeparvovec-xioi (OA) is the first approved gene therapy product for spinal muscular atrophy
(SMA) in Japan. Since the product is a vector derived from adeno-associated virus, however, the clinical use cate-
gorized as in vivo gene therapy must be under the type I use of the Cartagena Act to preserve environmental biodi-
versity. On the other hand, very few health care providers have had experiences of dealing with such as a product
and the challenges in clinical sites have still been unknown. To understand the current clinical situation of gene
therapy for SMA, we had conducted a nation-wide survey for 41 medical institutions that have used or plan to use
the product. Among them, 33 institutes responded to the questionnaire and 21 have provided the gene therapy for
the patients. Although each facility conducted the gene therapy by using its own protocols for personal protective
equipment, inactivation or disposal of the vector, and patient care, 73% of the facilities took more than a month to
introduce the gene therapy into their hospitals and 82% found it difficult to establish the implementation system
complied with the Cartagena Act. The survey indicated the importance of promptly preparing the standardization of
procedure dealing with virus-derived medical products including education materials for health care providers for
safe and effective gene therapy nation-wide.

Key words: gene therapy, adeno-associated virus, living modified organism, biosafety, Cartagena Act

Jpn J Clin Pharmacol Ther. 2022 53(6) : 217-224
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