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Study of genome editing therapy for Sly disease based on different genome
editing mechanisms
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Genome editing is expected to be the ultimate gene therapy but remaining
problems that sufficient therapeutic effects cannot be obtained due to low genome editing
efficiency. Therefore, the HITI method and the PITCh method have been reported.

At first, 1 succeeded in constructing a "cell-specific high-efficient and short-term Cas9 expression
system". It was also confirmed that editing by the HR method can be performed efficiently in the
model mouse GUSB gene. Considering future gene therapy, | also developed a system that safely
inserts the gene expression unit into the AAVS1 region. In the study using HuH-7 cells, it was shown
that the HR method was able to insert the target expression unit 2 times more efficiently than the
PITCh method and 17 times more efficiently than the HITI method. In the future, 1 plan to compare
the insertion-efficiency with these methods using induces liver cells from iPS cells. | believe that

this research will be useful for genome editing therapy.
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