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Beta-thalassemia
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Therapies under investigation

New chelation strategies, including the combination or alter-
nate treatment with the available chelators, are under investiga-
tion. Induction of HbF synthesis can reduce the severity of
beta-thalassemia by improving the imbalance between alpha
and nonalpha globin chains. Several pharmacologic compounds
including 5-azacytidine, decytabine, and butyrate derivatives
have had disappointing results in clinical trials.'4? These agents
induce HbF by different mechanisms that are not yet well
defined. Their potential in the management of beta-thalassemia
syndromes is still under investigation.

The studies on BCLI1 pave the way to develop a therapy
based on down-regulation of this gene, which may lead to an
increase of HbF level, thereby ameliorating the clinical severity
of the disease.?” Interesting possibility of a new therapy are
open by the finding of association of low cMYB level (one of
the gene mapping on 6q23) and high HbF level.!44
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