A Better Approach for Rare
Disease: Cell and Gene Therapy
HOW ARE CELL & GENE MEDICINES DIFFERENT?

ARM FOUNDATION FOR CELL AND GENE MEDICINE

Cell and gene therapies are a new treatment paradigm that seek to
alter the underlying cause of a patient’s disease. With them comes
the potential to alter the course of many rare diseases.

The mission of the ARM Foundation for Cell and Gene Medicine is to
serve as the education and information catalyst on issues fundamental
to making gene and cell therapies, tissue-engineered products and
other regenerative medicine treatments available to patients.

In many genetic diseases, there is an opportunity to correct the
underlying dysfunction with a one-time administration of a therapy.
That would provide either a functional cure or a substantial
improvement in the patient’s health.
In other cases, the treatment outcome desired is long-term
symptom relief to substitute for a current regime that is partial,
costly, and difficult.
Some rare genetic conditions may require more than one dose for
continued relief over a lifetime. Scientists and companies working
on gene therapies are developing technologies that will enable a
repeat dose.
Increasing understanding of gene medicine can help involve more
people in clinical trials to accelerate development of life-changing
and life-saving therapies.
Increasing acceptance of gene medicine can help improve access to
life-changing and life-saving therapies by giving patients and their
families choices and options.
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ARM Foundation for Cell and Gene Medicine runs 3 key initiatives led
by experts in patient advocacy, health economics, communications,
patient access, manufacturing, precision medicine, patient education,
and issue advocacy.

HealingGenes.org - to provide accurate, jargon-free
information about cell and gene medicine

Health and Economic Impact (HEI) Project - to accurately
model the economic and societal impact that cell and
gene therapy could have on healthcare systems

State Rare Disease Education Initiative (STRiDE) - a
national program to engage and inform the rare
disease community about cell and gene medicine
for rare disease

1340 SMITH AVENUE, SUITE 200, BALTIMORE, MD 21209

INFO@THEARMFOUNDATION.ORG
UPDATED JULY 2021

What makes cell and gene
therapy better?

MORE ABOUT OUR PROGRAMS

HOW ARE DISEASES USUALLY TREATED?
•

Prescription pharmaceutical medications are typically used to
manage diseases, mitigate symptoms and relieve pain.

•

Treatment can be disrupted by many things, and treatments
stopping and starting can cause problems.

•

Of the 7,000 rare diseases that exist, 95% have no approved
current treatment.

•

The great challenges with diagnosing rare genetic disease is
improving, but still very difficult.

•

Treatment of rare disease often involves a family-organized team
of physicians, pharmacists, caregivers, therapists, household
assistance, teachers, and many others.
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CELL AND GENE MEDICINE APPROACHES
•

Gene and cell therapies target the exact cause of the disease so
that the person should no longer have recurring symptoms.

•

Gene medicine aims to be very effective, ideally after a single
treatment.

•

Many of the diseases for which gene therapy offers promise to
treat are rare inherited disorders.

•

Gene therapy targets somatic cells. Somatic cells are the vast
majority of cells in the body and do not include our reproductive
cells. When the treatment works for the patient, it will not be
passed along to the next generation.
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