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INTRODUCTION:

Hemophilia A is a monogenic disease caused by mutations in the gene encoding human factor VIII (FVIII), resulting in the inability to properly form a blood clot.
FVIII gene therapy attempts to rectify the presence of a mutant F8 with the addition of a functional gene.

Hemophilia A is a prime candidate for gene therapy in that only a moderate increase in FVIII activity (2-5%) is required to be therapeutically effective.
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PROTOCOL DISCUSSION

- Effective hemophilia gene transfer requires a sustained, long-term (years) production of coagulation factors at therapeutic levels be generated. Gene therapy aims to improve
quality of life of the patients avoiding that have to suffer so many infusions as frequently.

- This protocol has been designed through the study of different papers. The method of gene delivery must be safe, and the risk of immune response must be minimal. This gene
transfer approach, which could be effective in humans, will have be tested both in the laboratory and in the clinic. The therapy would improve significantly the hemophiliac patients
qguality of life.

- Gene therapy continues to hold promise for the permanent correction of hemophilia. Future studies need to address immunological and safety issues.
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