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Abstract: Gene therapy products work through the transcription or
translation of the genetic material being transferred. Protein — based
therapies require repeated dosing whereas if a patients faulty gene can
be fixed or the correct gene can be delivered directly a single treatment
may have a lasting effect. With the breakthrough development of gene
therapy it provides the possibility of a cure for some rare diseases
( especially single gene genetic diseases) or it will become an important
means to treat human diseases in the future. In December 2021 the
National Medical Products Administration issued the Guideline for Non —
clinical Research and Evaluation of Gene Therapy Products to provide
suggestions for the development of gene therapy products and support
clinical trials. In this paper the non — clinical studies of three gene
therapy products on the market were reviewed and summarized and the
key points of non — clinical evaluation of gene therapy products were
analyzed and discussed from the perspectives of pharmacology
pharmacokinetics and toxicology so as to draw attention or provide
reference for researchers.
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