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Lentivirus vector in gene therapy of B-thalassemia
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Abstract; (-thalassemia is a common monogenic inherited blood disorder caused by mutations of B-globin gene

which results to synthesis obstacles or abnormal structure of B-globin. Gene therapy mediated by lentiviral vector

(LVV) is divided into gene-integration strategies using LVV to add fully functional B-hemoglobin( HBB) genes to

chromosomes and gene-editing strategies using LVV to deliver specific ribozymes to hematopoietic stem cells for in

situ repair of HBB genes. Improving viral titration and transduction efficiency, reducing target loss and advancing

clinical trials are the main targets of these two strategies.
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1.1 EBRSHEN—REHRMAL

18T WUEE RNA 75, B S SR AR 5
HRE. TG RBTFE R LVV 22 AR
PE B FE 9 -1 (human immunodeficiency virus-1,
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AT A0 AR A G 2 BR (transfusion dependent
thalas-semia, TDT) FIER 240 i35 (sickle cell disease,
SCD) WY KEIBE DT OT5E, A 4 B TDT &35
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R B ] B g 8] SC EE B 1) ( clustered
regularly palindromic
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