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[80] Dangouloff T, Vrščaj E, Servais L, Osredkar D, SMA NBS
World Study Group. Newborn screening programs for spinal
muscular atrophy worldwide: Where we stand and where to
go. Neuromuscul Disord. 2021;31(6):574-82.

[81] McMillan HJ, Proud CM, Farrar MA, Alexander IE,
Muntoni F, Servais L. Onasemnogene abeparvovec for the
treatment of spinal muscular atrophy. Expert Opin Biol Ther.
2022;22(9):1075-90.

[82] Al-Zaidy SA, Mendell JR. From clinical trials to clinical
practice: practical considerations for gene replacement ther-
apy in SMA type 1. Pediatr Neurol. 2019;100:3-11.

[83] Kichula EA, Proud CM, Farrar MA, Kwon JM, Saito K,
Desguerre I, McMillan HJ. Expert recommendations and
clinical considerations in the use of onasemnogene abepar-
vovec gene therapy for spinal muscular atrophy. Muscle
Nerve. 2021;64(4):413-27.

[84] Faulkner E, Spinner DS, Ringo M, Carroll M. Are global
health systems ready for transformative therapies? Value
Health. 2019;22(6):627-41.

[85] Faulkner E. Ringo M, Spinner D, Carroll, Latif E, Miller
TM. Guiding principles of rare disease care and patient
access. Global Genes and The Child Neurology Founda-
tion. September 2020. [updated 2022; cited 2023 Apr 1].
Available at: https://globalgenes.org/white-paper/access-
to-critical-therapies-guiding-principles-of-rare-disease-
care-and-patient-access/.

CORRECTED PROOF




