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Novel therapeutic strategy for Rett syndrome using genome editing technology

Kishi, Noriyuki
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I investigated a possibility of a new therapeutic strategy for a
neurodevelopmental disorder, Rett syndrome, which is caused by mutations of the MECP2 gene on X
chromosome, by re-activation of wild-type MECP2 on an inactivated X chromosome. For this purpose, 1|
generated a mouse female ES cell line to monitor Mecp2 expression. The ES cell line has
non-functional Mecp2 on one X chromosome, and Mecp2-GFP fusion gene on another X chromosome. Mecp2
expression can be monitored by GFP expression in this ES cell line. Therefore, we can investigate
whether inactivated Mecp2 gene can be re-activated with genome editing technology, using this
monitoring ES cell line.
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