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Development of GBM-therapeutic recombinant viruses that encodes miR-dependent
genome-editing system.
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We successfully generated novel adeno-associated virus (AAV) that encodes
the expression cassettes of both Cas9 with complementary sequence of microRNA (miR), which is
expressed in non-tumor cells including nerural stem cells (NSC) but not in glioblastoma (GBM) stem
cells (GICs), and guide RNA for a GIC functional factor. We found that this AAV killed GICs but not
NSCs in culture. We confirmed that the intravenously injected AAV prevented GIC tumorigenesis in
GIC-transplanted mice and extended their survival. Thus, we succeeded to generate the novel
genome-edited AAV that specifically kills GBM in a miR expression-dependent manner.
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