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Early Promise For Eye Disease;
Cholesterol Treatment Results
Mixed

Healthcare
I cover science and medicine, and believe this is biology's century.

Ma�hew Herper Forbes Staff

A gene therapy being developed by RegenXBio of Rockville, MD, showed early

promise against wet macular degeneration, a leading cause of blindness.

Another RegenXBio gene therapy, for a genetic disease that causes high

cholesterol levels, showed elevated liver enzyme levels in a second study. That

treatment has yet to show it can lower cholesterol levels.

The macular degeneration treatment seeks to replace existing drugs that are

injected into the eye regularly to prevent a build up of fluid that damages the
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retina. These medicines, including Roche's Avastin and Lucentis and Regeneron's

Eylea, block a protein called the vascular endothelial growth factor (VEGF),

which causes blood vessel growth.

A virus, called adeno-associated virus (AAV), is used to insert a gene for a protein

much like Lucentis into the eye. The idea is that this will lead to levels of anti-

VEGF protein that are similar to what one gets from injecting a drug. But

previous attempts, including one funded by the drug giant Sanofi, have been

unsuccessful. "This is the first time we're getting to that level," says Dr. Peter

Campochiaro the Eccles Professor of Opthamology and Neuroscience at Johns

Hopkins' Wilmer Eye Institute and a lead investigator for RegenXBio's trial.

RegenXBio used a different version of AAV virus than in previous attempts. This

is only an early trial, meant to test the safety of the approach. Previously,

RegenXBio had presented data on two lower doses of the virus in 12 patients.
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Today it is releasing data on six more patients at a higher dose. Average protein

levels reached 160 nanograms per milliliter, compared to 13 at the next-highest

dose. The average number of injections of Lucentis patients needed to prevent

fluid buildup in the eye dropped from 2.8 to 1.3, whereas the number of doses

had stayed flat or increased on the lower gene therapy doses. Patients on the new,

higher dose even saw their vision improve somewhat, although many more

people will need to be tested to replicate those results. Three of the six patients

were able to stop getting injections in their eye altogether.

RegenX Bio says that it will talk to regulators about its next trials by the end of

the year and disclose details about them early next year.

Part of the question for a treatment like this will be economic. Gene therapies,

which are a one-time treatment, are expected to cost hundreds of thousands of

dollars a year. Macular degeneration makes sense as a target disease because the

eye is a contained space, and genetic changes made to its cells are unlikely to

affect the rest of the body. But half of wet age-related macular degeneration

patients are treated with Avastin, a cancer drug, at a cost of about $1,000 a year.
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Most commonly, those who need a stronger treatment get Eylea, at about $1,850

a shot or $11,000 a year.

A gene therapy would obviate the need for repeated injections into the eye, but it

will have to show medical benefits over and above those injections as well in

order to command a high price. And RegenXBio will need to design clinical trials

that prove that benefit -- and that the effect does not fade over time.

This story has been updated from its original version.
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