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Introduction
Haemophilia B is a monogenic hereditary X-linked bleeding disorder that results from a defect in the gene encoding coagulation factor IX which frequency in males Current Treatment New Therapy
of 1/25,000. People with severe haemophilia have <1% of the normal clotting factor in their blood and levels considered therapeutic are slightly above the 1%
threshold and can convert severe haemophilia into a moderate form.
Current treatment involves frequent intravenous injection of clotting factor concentrates two or three times a week. This treatment is prophylactic rather than
curative, moreover, in some cases there is a complication with the formation of antibodies ‘inhibitors’ which block the recombinant protein.
Gene therapy would be a very attractive treatment to cure the disease allowing endogenous production of FIX. For these reasons, researchers are developing new
and improved cassettes and vectors designs, doses optimization and they are finding new alternatives with non-viral vectors.
The objective of this study is to investigate the approaches which allow more efficient vector design and cassettes to optimize haemophilia gene therapy.
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A clinical trial has been reported which achieves the cure of haemophilia B , but in some restricted
patients.
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If it is possible, it will be used liver as a target tissue
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Solutions

Gene therapy will become the definitive treatment to cure haemophilia B
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