B303-4am-04 AZ{b2a B1025SE2 (2022)

177 LRERTE AU B T RE DR AES
(C4U EAath) OWH Wk

Curative treatment for genetic diseases utilizing a genome editing technology (C4U
Corporation) OAkimitsu Hirai

Currently, CRISPR technology is widely used as a genome editing technology following the
long experience of ZFN and TALEN technologies. Especially, Nobel prize winner CRISPR-
Cas9 is well-known and has been utilized in research and development in academia as well as
industries. In Japan, CRISPR-Cas3 technology was invented by Prof. Tomoji Mashimo of the
University of Tokyo, et al. and have been utilized in the fields of medical care, agriculture and
fishery, and industry. Due to longer guide RNA (crRNA), CRISPR-Cas3 has no off-target
editing that might cause a side effect. In addition, CRISPR-Cas3 could make a large deletion
comparing to Cas9 and it would be suitable to knock out a specific exon of a gene.

Therefore, by using CRSIPR-Cas3, it is possible to cure genetic diseases, for instance,
pediatric genetic diseases to which there is no curative treatment. To save a life of a child and/or
make QOL of such child better has a great value. I would like to explain how CRISPR-Cas3
works in the medical field and the activities of a venture company that works on a gene
treatment and/or a cell treatment to genetic diseases.

Once we could obtain proof of concept by treatment of such pediatric genetic diseases, we
will expand this technology to cure other diseases of which the number of patients is huge, such
as ophthalmic disease, myogenic disease, rheumatoid arthritis, infectious disease and so on.
Gene therapy and cell therapy together with CRISPR-Cas3 will dramatically change the health
care field of the world and certainly provide us with promising future.
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