The impact of patient perception of disease

progression on health-related quality of life
(HRQoL) in late-onset Pompe disease

Alasdair MacCulloch,1

Holly Lumgair,! Lisa Bashorum,! Elizabeth Minas,! Richard Perry,? Vasileios Blazos?

LAmicus Therapeutics UK Ltd, Marlow, UK; 2Adelphi Values PROVE, Bollington, UK

Presented at the International Society for Pharmacoeconomics and Outcomes Research (ISPOR) Europe Annual Meeting 2024; Barcelona, Spain; 17-20 November 2024.



Figure S1. Symptom frequency and progression among the 41 participants in the study
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Muscle weakness (n=40) 48%
Mobility issues (n=38) 55%
Fatigue (n=36) 42%
Difficulty getting up from a sitting or lying position (n=35) 54%
Breathing difficulties (n=33) 33%
Pain (n=33) 36%
Sleeping issues (n=27) 44%
Anxiety/depression (n=25) 48%
Scoliosis (curved spine) (n=23) 43%
Gastrointestinal issues (n=22) 36%
Headaches (n=19) 21%
Incontinence (faecal or urinary) (n=19) 42%
Difficulty swallowing or feeding issues (n=15) 53

Speaking difficulties (n=15) 27%

Other* (n=6) 83%
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*Other’ declining symptoms included dizziness, facial paraesthesia, lordosis, loss of concentration, and muscle coordination issues. One patient also reported having a herniated disc as their ‘other’ stable symptom.
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