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Key Concepts

Gene Therapy

A treatment that delivers fragments of DNA to cells to
replace missing or defective DNA or to enhance cell
function. Multiple approaches to gene therapy are under
development, but currently approved gene therapies
involve encapsulating DNA within the shell of a modified
virus (called a vector) that allows it to enter cells
efficiently. Gene therapies can permanently integrate into
a patient’'s own DNA, which offers the potential for lasting
therapeutic effect, or they can function temporarily within
a cell (in episomal form), in which case they gradually
dilute out as the cell divides.

n Type VII Collagen

A protein encoded by the gene COL7A1. Type VIl collagen
forms the anchoring fibrils that attach the superficial layer
of the skin known as the epidermis to the underlying
dermal connective tissue. Damaging variants in COL7A1
that compromise or ablate the type VII collagen protein
cause the heritable blistering disease dystrophic
epidermolysis bullosa.

Herpes Simplex Virus 1 (HSV-1)

A DNA-containing virus that in its native form causes
cold sores on the lips or face and, rarely, brain infections.
Proteins expressed on the outer shell of HSV-1 allow it to
fuse and enter cells, where the virus replicates to make
more viral particles that subsequently spread to infect
other cells. HSV-1 can be modified for gene therapy by
insertion of DNA fragments of interest into the viral DNA
and deletion of harmful parts of the native viral DNA to
block its ability to replicate and cause inflammation and
disease.

G An expanded illustrated glossary is available at NEJM.org
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