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To enable gene therapy for Charcot-Marie-Tooth disease type 1A (CMT1A), we
are developing an adeno-associated virus (AAV) equipped with an artificial miRNA that can suppress
the expression of the PMP22 gene specifically in Schwann cells, and demonstrate its effectiveness.
We constructed a Schwann cell-specific promoter during the study period, which has not reached the
transcriptional activity enough for effective gene therapy. Therefore, we will make further
improvements on this promoter in the future and combine it with the artificial miRNA cassettes that
have already been designed for building a therapeutic AAV.
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