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Development of new gene-repair therapy for primary immunodeficiencies with
artificial nuclease
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To examine the possibility of using gene therapy for primary
immunodeficiencies, we constructed a helper-dependent adenovirus/adeno-associated virus hybrid
vector to serve as a donor template, and a sequence-specific gRNA for double strand breaks. Human
cord blood CD34 positive cells were infected with the hybrid vector and electroporated with gRNA and

Cas9 protein. This delivery method can be a new gene-repair therapy for clinical application.
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