Get The Facts on Gene Editing

CRISPR/Cas9 is a
gene-editing tool that
Gene editing allows scientists to change DNA, whether by adding,
removing,
modifying
changes
existingor
DNA
in a
person’s
own
blood
stem
precise portions of DNA in the genome, which is the complete set of DNA in an organism.1
cells in a specific way and at
a precise location.

CRISPR/Cas9 is a gene-editing tool. It has two parts: the Cas9 enzyme and a guide
RNA. The guide RNA is a type of RNA molecule that binds to Cas9 and tells it the 		
location to cut the DNA to have the desired effect.

How Gene-edited Cells are Made and Administered
Stem cells are collected from
STEM CELL
patient and shipped to
COLLECTION the
a laboratory to undergo the
gene-editing procedure

CONDITIONING Patients receive chemotherapy
to create space in the bone
marrow for the edited cells
to grow

INFUSION
The edited cells are
thawed and infused into
the patient

MANUFACTURING
GOAL: THE CELLS GROW
(OR ENGRAFT) IN THE BONE
MARROW AND HELP FIGHT
OR TREAT DISEASE
Isolate the cells that
will be modified

Deliver CRISPR/Cas9
to isolated cells to
enable them to be
modified

Freeze, test, and send
the new modified
cells to the hospital

This gene-editing approach is being investigated in clinical trials; its safety and efficacy have not been 		
established and it is not approved for use in patients in the United States or any other country.
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