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We are developing new gene therapy that can regulate gene expression by
combining small RNAs and AAV vectors. As a gene therapy for Rett syndrome and MECP2 duplication
syndrome, we are developing a vector utilizing the CRISPR-dead Cas system with AAV. Additionally, in

research on the involvement of microRNA in the pathogenesis of pediatric neurological diseases, we
investigated the pathogenesis of neural tube closure defects during the fetal period in
microRNA302-KO mice and analyzed the impact of microRNAs on the carcinogenesis process in gliomas.
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Gene therapy for aromatic L-amino acid decarboxylase deficiency in Japan improved the motor and mental function of patients
with various phenotypes.

12th International Collaborative Forum of Human Gene Therapy for Genetic Diseases

2022

Center for Cell and Gene Therapy
Associate Professor

(PARCHEM RONALD)







