Brought to you by Dr. Cindy Haines, Managing Editor of Physician's Briefing-a division of the HealthDay news service. 

Dr. Cindy: Providing Empowerment through Information.

Gene Therapy for Blindness. Some Stats and Facts from Dr. Cindy:

A pair of studies presented at this week's Association for Research in Vision and Ophthalmology meeting and published online April 27 in the New England Journal of Medicine offer support for research into gene therapy to treat Leber's congenital amaurosis (LCA), a group of inherited disorders marked by retinal degeneration and severe vision loss.

In one study, Maguire and colleagues reported that all three patients studied showed signs of visual improvement, with no evidence of adverse effects from the therapy. One patient did develop a hole in the retina, which was thought to be related to the procedure itself rather than due to the gene therapy. In the other study, Bainbridge and colleagues also treated three young adults with one of these patients having significant improvement in visual function. The other two did not have a demonstrable improvement, which may have been due to more advanced disease.

What exactly is gene therapy?

When a patient has a dysfunctional gene that can or will lead to disease, there are three options: 

1. Do nothing. 

2. Treat the disease if or when it occurs.

3. Try to correct the genetic abnormality.

Gene therapy is a procedure designed to correct the abnormality. The procedure is intricate in that genes directly presented to a cell usually do not function. Instead, a carrier, or vector, is crafted to deliver the gene to its target destination. Modified viruses are often used as vectors because they employ effective delivery systems by infecting cells. The modification of these viruses ensures that they will not cause disease in the recipients. 
Gene therapy can be injected or given intravenously directly into a specific tissue in the body, or, a sample of the patient’s cells can be removed and exposed to a vector in a laboratory. The cells containing the vector are then subsequently returned to the patient. 

More research is needed as technical challenges are addressed. Scientists are working on improved ways to deliver genes and target them to particular areas. 
Want more?
For more information about how gene therapy works:

The National Cancer Institute fact sheet, "Gene Therapy for Cancer: Questions and Answers" can be found at:

http://www.cancer.gov/cancertopics/factsheet/Therapy/gene 

For a short description and diagram of gene therapy from the FDA:

http://www.fda.gov/fdac/features/2000/gene.html
For more on the studies referenced above, visit:
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