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Gene Therapy for the Krabbe disease using zinc finger nuclease system

Kobayashi, Hiroshi
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We prepared the specific donor plasmid (DP) and zinc finger nuclease (ZFN) for
homologus recombination of the point mutation (chromosome 12, exon 10) in the model mouse of Krabbe
disease, and co-transfected them into the Schwann cell line origin from the model mouse by the
nucleofecta (electropolation system), resulted in normalize of the point mutation, efficient high
expression of GALC enzyme (deficient in the Krabbe disease) activity, reduction of pscichosine in the
treated cell, and it has been maintained after some passages.
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