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General considerations for clinical trials of gene therapy for rare diseases
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Abstract: With the development of biotechnology and the gene diagnosis
technology of rare diseases, rare diseases have become one of the
research and development directions of gene therapy. This article mainly
introduces the research and development status of gene therapy products,
the clinical trial design of gene therapy for rare diseases, and the clinical
trial case analysis of Zolgensma for the treatment of spinal muscular
atrophy ( SMA) , in order to provide reference for the development of
gene therapy for the treatment of rare diseases.
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