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Spinale Muskelatrophie (SMA)

Eine Studie zur Beurtellung der Wirksamkeit und Sicherheit von
Risdiplam bei padiatrischen Patienten mit spinaler Muskelatrophie
(SMA), bel denen es nach einer Gentherapie zu einem Plateau oder
Funktionsverlust kam

A Study Evaluating the Effectiveness and Safety of Risdiplam Administered in Pediatric
Patients With Spinal Muscular Atrophy Who Experienced a Plateau or Decline in Function
After Gene Therapy

Trial Status Trial Runs In Trial Identifier
Rekrutierung lauft 6 Countries NCT05861999 2023-505161-81-00
BN44621

Die Informationen stammen direkt von Websites 6ffentlicher Register wie ClinicalTrials.gov,
EuClinicalTrials.eu, ISRCTN.com usw. und wurden nicht modifiziert.

Official Title:

A Phase IV Open-Label Study Evaluating the Effectiveness and Safety of Risdiplam Administered in
Pediatric Patients With Spinal Muscular Atrophy Who Experienced a Plateau or Decline in Function After
Gene Therapy

Trial Summary:

This is an open-label, single-arm, multicenter clinical study to evaluate the effectiveness
and safety of risdiplam administered in pediatric participants with SMA and 2 SMN2 copies
who previously received onasemnogene abeparvovec and experience a plateau or decline
in function. Participants to be enrolled are children <2 years of age genetically diagnosed
with SMA.
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Inclusion Criteria:

. <2 years of age at the time of informed consent

. Confirmed diagnosis of 5g-autosomal recessive SMA, including genetic confirmation of homozygous
deletion or compound heterozygosity predictive of loss of function of the Survival of Motor Neuron 1
(SMN1) gene

. Confirmed presence of two SMN2 gene copies as documented through laboratory testing

. Administration of onasemnogene abeparvovec pre-symptomatically or post-symptomatically

. Has received onasemnogene abeparvovec for SMA no less than 13 weeks prior to enroliment

. If treated with risdiplam prior to onasemnogene abeparvovec, risdiplam treatment must not
have exceeded 3 weeks and must be discontinued 1 day prior to onasemnogene abeparvovec
administration.

. In the opinion of the investigator, has demonstrated a plateau or decline in function post-gene therapy
(with a duration of 26 weeks or less) documented by 2 individual time points in the functions as follows:
swallowing AND one additional function/ability (respiratory, motor function, other) per appropriate
expectation.

Exclusion Criteria:

. Previous or current enrolment in investigational study prior to initiation of study treatment

. Any unresolved standard-of-care laboratory abnormalities per the onasemnogene abeparvovec
prescribing information

. Concomitant or previous administration of an SMN2-targeting antisense oligonucleotide

. Concomitant or previous use of an anti-myostatin agent

. Participants requiring invasive ventilation or tracheostomy

. Presence of feeding tube and an OrSAT score of 0

. Hospitalization for pulmonary event within the last 2 months, or any planned hospitalization at the time
of screening

. Any major illness requiring hospitalization within 1 month before the screening examination or any
febrile illness within 1 week prior to screening and up to first dose administration.
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