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An overview on the study of gene therapy of hemoglobin disorders
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Shanghai Jiaotong University, Shanghai 200040, China)

Abstract: Hemoglobin disorders are the diseases caused by mutations leading to structural or synthetic
abnormalities of hemoglobin. Conventionally, it is divided into two groups: hemoglobinopathy and thalassemia.
The former is categorized by globin structural abnormality, like sickle cell disease; while the latter is termed by
decrease or absence in globin chain synthesis, such as B-thalassemia. Taking the p-thalassemia and sickle cell
disease as examples, the progresses on the study of gene therapy of hemoglobin disorders is reviewed in this
article, including in—situaberrant correction, normal RNA splicing restoring, gene regulation and hematopoietic

stem cell transplantation. Based on recent achievements in life sciences, some personal views of future direc—

tions are proposed herein also.
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