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e R RO EE (35 30) :To establish effective hematopietic stem cell targeted gene therapy
for pyruvate kinase (PK) deficiency, we generated a lentiviral vector based on a novel
strategy. The lentiviral vector is capable of dual expression of short interfering RNA

(siRNA) against mutated mRNA and siRNA resistant wild type PK mRNA, resulted in
substitution of abnormal PK for the normal enzyme in vivo.
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