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Abbreviation list;

e AADC: Aromatic L-amino acid decarboxylase

e AEMPS Spanish HTA body (Espafiola de Medicamentos y Productos
Sanitarios)

e ASMR: Added Therapeutic Benefit (Amélioration du service médical rendu)
e AIFA: Italian HTA body (Agenzia Italiana del Farmaco)

e BIl: Budget Impact

e CE: Cost-Effectiveness

e EJ: Early Juvenile

e G-BA: German HTA body (Gemeinsamer Bundesausschuss)
e HAS: French HTA body (Haute Autorité de Santé)

e HTA: Health Technology Assessment:

e ICER: Institute for Clinical and Economic Review

e |TC: Indirect Trial Comparison

e MLD: Metachromatic Leukodystrophy

e NICE: National Institute for Health and Care Excellence
e OBA: Outcomes-based agreement

e PRO: Patient-Reported Outcomes
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e QoL: Quality of Life

e RCT: Randomized Controlled Trial
¢ RWE: Real-world evidence

e SoC: Standard of Care

e TC: Transparency Committee
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