Summary report on authorisation dated 21 January 2025

Casgevy® (active substance: exagamglogene)

Temporary authorisation in Switzerland: 6 September 2024

Dispersion for infusion for the treatment of beta thalassaemia (TDT) and
sickle cell disease (SCD) in patients aged 12 years and older

About the medicinal product

Casgevy contains the active substance ex-
agamglogene.

It is a medicinal product for the treatment of
blood disorders known as beta thalassaemia
and sickle cell diseases in patients aged 12
years and older.

For beta thalassaemia, Casgevy is used in pa-
tients who require regular blood transfu-
sions. People affected by this disease do not
form enough haemoglobin, the protein in
red blood cells that carries oxygen around
the body. As a result, these patients have
low concentrations of red blood cells and re-
quire frequent transfusions.

For sickle cell disease, Casgevy is used in pa-
tients with severe disease and recurrent
painful crises. People affected by this disease
have an abnormal form of haemoglobin that
makes red blood cells become rigid and
sticky and change from being disc-shaped to
being crescent-shaped (like a sickle). These
cells can block blood vessels, causing painful
crises that affect the chest, abdomen and
other parts of the body.

Since beta thalassaemia and sickle cell dis-
ease are rare, life-threatening diseases, the
medicinal product Casgevy has been author-
ised as an orphan drug. The term “orphan
drug” is used to refer to important medi-
cines for rare diseases.

Casgevy has been authorised by Swissmedic
under Article 13 of the Therapeutic Products
Act (TPA). This means that the medicinal
product is already authorised in at least 1
other country with comparable medicinal
product control.

In this case, Swissmedic takes into considera-
tion the results of checks carried out by for-
eign regulatory agencies, provided certain
requirements are fulfilled. These involve
checks on the quality, efficacy, and safety of
the medicinal product, and the extent to
which the results can be accepted for Swit-
zerland. The consideration of the results of
foreign authorisation procedures is in-
tended to help ensure that medicines that
are already authorised abroad can be made
available to patients in Switzerland as
quickly as possible.

In deciding whether to authorise Casgevy in
Switzerland, Swissmedic accepted the assess-
ment and approval decision of the European
Medicines Agency (EMA) and has only con-
ducted a limited scientific review.

Accordingly, in the SwissPAR (Swiss Public
Assessment Report) and the resulting Sum-
mary report on authorisation, Swissmedic re-
fers to the Assessment Report issued by the
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reference authority: EMA Procedure Num-
ber EMEA/H/C/005763/0000 www.ema.eu-
ropa.eu.

The medicinal product Casgevy has been au-
thorised temporarily in Switzerland (in ac-
cordance with Art. 9a TPA) since not all clin-
ical trials were available or had been con-
cluded at the time of authorisation. The

temporary authorisation is contingent on
the timely submission of the data requested
by Swissmedic. Once these authorisation
conditions have been met, the temporary
authorisation can be converted into an au-
thorisation without special conditions in the
event of a positive benefit-risk assessment of
the results.

Further information on the medicinal product

Information for healthcare professionals: In-
formation for healthcare professionals

Casgevy®

Information for patients (package leaflet):
Information for patients Casgevy®

Healthcare professionals can answer any fur-
ther questions.

The date of revision of this text corresponds to that of the SwissPAR. New information concerning the
authorised medicinal product in question will not be incorporated into the Summary report on authorisa-

tion.

Swissmedic monitors medicinal products authorised in Switzerland. Swissmedic initiates the necessary ac-
tion in the event of newly discovered adverse drug reactions or other safety-relevant signals. New findings
that could impair the quality, efficacy, or safety of this medicinal product are recorded and published by
Swissmedic. If necessary, the medicinal product information is adapted.
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