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CRISPR Gene-Editing Therapy
for Sickle Cell Disease

by Sheza Kashif on November 29

Sickle Cell Disease (SCD) is a genetic blood disorder characterized by the production of
abnormal hemoglobin, leading to the deformation of red blood cells into a sickle shape. These
malformed cells obstruct blood vessels, resulting in organ damage, anemia, severe pain, and a
significantly shortened lifespan. This disease affects approximately 100,000 Americans and
millions worldwide. SCD also has a disproportionate impact on the Black community, as people
in parts of Africa developed the disorder to help protect them from malaria. Recent advances in
gene editing technology, particularly CRISPR-Cas9, have opened up new possibilities for

treating this debilitating disease.



CRISPR-Cas9 is a revolutionary gene-editing technique that enables scientists to make
precise alterations to the DNA of living organisms. This method employs a guide RNA to drive
the Cas9 enzyme to a specific spot in the genome, where it cuts the DNA.. This cut can then be
repaired by the cell’s natural repair mechanisms, allowing for the insertion, deletion, or
modification of genetic material. This application of CRISPR-Cas9 technology to treat SCD
involves correcting the genetic mutation responsible for the disease. In a clinical trial conducted
by UCSF Benioff Children's Hospital Oakland, researchers use non-viral CRISPR-Cas9
gene-editing technology to directly correct the sickle cell mutation in patients' blood stem cells.
The process involves extracting the patient's blood stem cells, editing them to repair the
mutation, and then reintroducing the modified cells to the patient via bone marrow transplant.
The repaired blood stem cells are intended to grow and form a new blood system free of sickle

cell disease.

The clinical trial at UCSF is the first in the U.S. to apply non-viral CRISPR-Cas9
gene-editing technology in humans to directly correct the genetic mutation causing SCD. The
trial aims to enroll up to six adults with SCD, with a safety evaluation performed after the first
three patients receive the treatment. If the experiment proves to be safe and effective, it will be
expanded to include teenagers aged 12 to 17. The trial is intended to last two years, with

subjects preferably monitored for up to 15 years.

While the prospects of CRISPR-based therapies are promising, they also raise ethical
and accessibility concerns. The high cost of these therapies, estimated at around $2.2 million
per patient, is a considerable barrier to access for less affluent groups.l Additionally, there are
ongoing debates about the long-term safety and ethical implications of gene editing, particularly

concerning potential off-target effects and the broader impact on human genetics.

The development of CRISPR-Cas9 gene-editing therapy for sickle cell disease
represents a revolutionary breakthrough in medical science. By directly correcting the genetic
mutation responsible for SCD, this therapy offers the potential for a cure, significantly improving
the quality of life for patients. However, addressing the ethical and accessibility challenges

associated with this technology will be crucial to ensuring its benefits are widely available.
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