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Gene therapy studies are reviewed at
an institution before seeking approval
as a Clinical Trial.
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Gene therapy clinical trials are
evaluated at multiple levels.
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The FDA has not approved any
human gene therapy treatments
outside of clinical trials.

Phases of Gene Therapy Clinical Trials
® clinical trials began in

1990

® over 1600 trials
conducted

The first gene therapy
clinical trial began in 1990.
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A patient in an early gene
therapy clinical trial died in 1999.

e Clinical trial for treatment of liver
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o FDA’s Preliminary Findings
® ornithine transcarboxylase
deficiency (OTCD) Information was withheld from patients includi

. ) . . » Monkeys had died when treated
® patient died of multiple organ failure

» Human volunteers suffered serious effects
when treated .

® thought to be triggered by severe
immune response to adenovirus
vector

® approved protocol was not
followed resulting in increased risks
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In 2003, the FDA halted all gene
therapy trials using retroviral vectors
in blood stem cells.

® Study had successfully treated
“bubble baby syndrome”

® X-linked severe combined
immunodeficiency disease

® several patents developed
leukemia-like conditions

® FDA eventually eased the ban

http://www.geneticsandsociety.org/article.php?id=3840

There are currently two uses
of gene therapy in animals.
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® growth hormone
releasing hormone
therapy for farmed pigs.

The most successful human gene
therapy so far is for treatment of
severe immune deficiency disease.
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Somatic Gene Therapy: a “cure”?

In somatic gene therapy, a new or replacement gene is inserted into an
adult’s body cells. The patient is able to make an informed decision about the
risks and benefits of the treatment, and there is no risk of passing the
altered genome to their children.

In your discussion group:

Discuss types of genetic conditions should be treated with somatic gene therapy.
Consider different types of situations including life-threatening conditions,
unpleasant conditions, or aesthetic/cosmetic conditions.

Readings
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http://academicdepartments.musc.edu/
humanvalues/pdf/gene-therapy.pdf

Gene Therapy. Genetics Home Reference.
http://ghr.nlm.nih.gov/handbook/therapy

Reading in the Garden
Nikolai Petrovich Bogdanov-Belsky, 1915

Any Questions?

Email me at:
hoffmanj@arcadia.edu




