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BACKGROUND

e |Innovations in regenerative therapies in the past decade

OBJECTIVES

have provided much-needed treatment options for rare
neurodegenerative diseases of infancy and early
childhood that were once considered untreatable.

e Challenges in evaluating regenerative therapies and
other treatments for rare, neurological diseases using
cost-effectiveness analyses (CEAs) have been
reported widely.!3

METHODS

2. Summarize key considerations when selecting a model structure

1. Review model structures and methods utilized in selected CEAs of new treatment options in rare neurodegenerative diseases of infancy and early childhood

e Establishing best practices for quantifying disease
burden and long-term value of new therapies is critical
to ensure access of potentially life-changing therapies
among infants and young children affected by rare
neurodegenerative diseases.

and early childhood.

RESULTS

e A targeted search and review were conducted to summarize approaches used in CEAs for treatments for rare neurodegenerative diseases in infancy

e The search strategy was specified to identify published CEAs, cost-effectiveness models evaluated by the National Institute for Health and Care Excellence
(NICE), and cost-effectiveness models published by the United States Institute for Clinical and Economic Review (ICER) in the past 5 years.

* 6 economic evaluations were selected across 5 rare
neurodegenerative diseases of infancy and early

Table 1. Summary of Reviewed Cost-effectiveness Models
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e Table 1 summarizes the reviewed cost-effectiveness models.
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CHOP INTEND = Children’s Hospital of Philadelphia Infant Test of Neuromuscular Disorders; DMDSAT = Duchenne muscular dystrophy functional ability self-assessment tool; EU = European Union;
GMFC = gross motor function classification; HUI = Health Utilities Index; PedsQL = Pediatric Quality of Life Inventory; SOC = standard of care; TTO = time tradeoff.

CONCLUSIONS

e This review identified challenges in modeling comprehensive, clinically important aspects of health
outcomes in CEAs of treatments for rare pediatric neurodegenerative diseases.

e Qutcomes beyond motor milestones were rarely modeled despite the fact that social, cognitive, and
emotional domains are key domains in major developmental assessment tools.

e Further research should strive to establish methods for assessing the effects of improving

multidimensional aspects of developmental outcomes.
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