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Zynteglo ,the world’s first gene therapy for transfusion-dependent -thalassemia
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[ Abstract] Zynteglo ( betibeglogene autotemcel) is the world’s first gene therapy approved by the U. S.
Food and Drug Administration on August 17, 2022 for adults and children with B-thalassemia who require regular
blood transfusions. Zynteglo is a one-time gene therapy product administered as a single dose. Each dose of Zynteglo
is a customized treatment created using the patient’s own CD,, bone marrow hematopoietic stem cells which are
genetically modified in vitro and then autologously transplanted. The modified stem cells will differentiate into red
blood cells which are capable of producing functional hemoglobin, therefore achieving the purpose of B-thalassemia
treatment. This paper provides a comprehensive introduction to the gene therapy from six aspects; lentiviral vector
and mechanism of action, non-clinical research, clinical efficacy research, clinical safety research, indications and
methods of use, and precautions.
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(13.1~39.4 4~ ), TIEHF K MACE Hb ik 5|
o 3 3T 0 KO, Hodr T/ 10 300 R BIF 55 6 35 A i L
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BRI RE AT R S G T T A M A A, B
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