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In this research, we aimed to establish a technique that allows elimination
of a disease-causing gene from specific cell populations in the brain, using adeno-associated virus
(AAV) vectors in combination with CRISPR/Cas9 system. Initially, we characterized neuron-specific,
astrocyte-specific and cerebellar Purkinje cell-specific promoters available for AAV vector-mediated

transgene expression. The results were published in 3 papers. Then, using the AAV vectors, we
examined whether a gene responsible for developmental defects of the brain could be knocked out from
Purkinje cells by CRISPR/Cas9 system. The results showed successful removal of the gene from around
two thirds of Purkinje cells.
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