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Establishment of highly safe gene therapy without usage of double stranded DNA
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Gene therapy can be used for many diseases such as hereditary diseases,
cancer and viral infections. Many recessive diseases, which account for a large number of inherited
diseases, restore the cell function by normalizing one site of the gene. Although gene therapyis a
desirable therapy, it has been regarded as difficult to implement because there is no easy method
for gene repair. Genes can be normalized by using the recently developed CRISPR / cas9 system, which

is expected to make a breakthrough in gene therapy. However, the conventional methods have a risk
of causing unnecessary gene modification. In this study, we attempted to perform a safe gene
therapy. To perform this we established a method to express cas9 protein in normal hepatocytes.
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