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Gene therapy uses recombinant DNA
technology to treat diseases in humans.
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The most common way of delivering the
replacement gene to human cells using a viral vector
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Currently patients must undergo
multiple rounds of gene therapy.

A gene-repairing virus
Seattle biotech company Targeted Genetics reports success in early trials
treating cystic fibrosis siruses lo deliver correct geses.
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The immune system will often attack
the cells expressing the “new” DNA.
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Surface contact

Immune system cells attack other cells carrying
foreign or abnormal antigens on their surfaces.
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Viral vectors are not
perfect
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® inability to target specific
cells




Viral vectors are not
perfect (cont.)
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Currently, gene therapy is only effective
in treating single gene disorders.
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Cystic fibrosis is associated
with a single gene defect.
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Cystic fibrosis is a common, fatal
disease affecting 30,000 people in the
United States.
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In 1993, gene therapy was used in a
clinical trial to treat cystic fibrosis.
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in the next lecture:

Somatic Gene Therapy:
History of Gene Therapy




