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• This study aimed to assess whether adult patients’ health-related quality of life (HRQoL) is associated 

with the requirement for non-professional care across five rare diseases.

OBJECTIVE

• Patients requiring non-professional caregivers reported significantly worse scores in each of the five 

EQ-5D dimensions.

• Multivariate regression results showed a significant, negative association between patients’ EQ-5D 

utility and requirement for non-professional care, indicating that improvements to HRQoL in individuals 

with rare diseases may lead to a reduced burden on family and friends.

CONCLUSIONS
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• Rare diseases are often associated with a considerable humanistic 

and productivity burden for patients and their caregivers.1, 2 

• Limited treatment options, reduced access to information, and 

practical difficulties such travelling further to specialists all 

contribute to the higher emotional and physician burden of patients 

with rare diseases, and those who care for them, when compared 

to more common conditions.3, 4

• Non-professional care is common, typically provided by family and 

friends.3, 5 

INTRODUCTION

• We analysed real-world data from Adelphi Disease Specific 

Programmes (DSPs) for five rare diseases: Amyotrophic Lateral 

Sclerosis (ALS), Graft-Versus-Host Disease (GVHD), Huntington’s 

Disease (HD), Myasthenia Gravis (MG), Progressive Supranuclear 

Palsy (PSP). 

• Data were collected in France, Germany, Italy, Spain, the UK and 

the US from July 2017 to March 2021.

• The DSP methodology has been previously published and 

validated.6, 7

• Physicians provided cross-sectional data on patients’ 

characteristics and non-professional care requirements whilst 

patients self-reported HRQoL via the EQ-5D-5L.8 

• Responses to the EQ-5D-5L were mapped to the EQ-5D-3L and 

valued using a UK scoring algorithm to produce utilities.9, 10

• Bivariate analysis (using chi squared, T-tests, Mann-Whitney, 

Fisher’s exact test) assessed differences in patients’ characteristics 

and EQ-5D utility for those with and without a non-professional 

caregiver. 

• Multivariable logistic regression assessed the relationship between 

patients’ EQ-5D utility and presence of a non-professional 

caregiver, controlling for patients’ characteristics (age, sex, 

geographic location, and disease). 

METHODS

• Presence of non-professional caregivers was physician reported 

and relied upon physician awareness of care requirements.

• DSPs may not be fully representative of the wider rare disease 

population: participation was influenced by willingness to complete 

the survey, and patients consulting with their HCP more frequently 

may be overrepresented in the sample. 

• Quality of data relies on physicians’ and patients’ ability to recall 

and accurately report information. 

LIMITATIONS

• The analysis included 823 patients with a mean (standard deviation 

[SD]) age of 55.8 (14.5) years; 58.6% were male; 23.0% from the 

USA (Table 1). 

• 12.0%, 28.6%, 5.7%, 37.9%, and 15.8% of patients had ALS, 

GVHD, HD, MG, and PSP, respectively (Table 2). 

• Non-professional caregivers were reported for 49.8% of patients 

(range 37.8% MG – 60.8% PSP).

• Patients had a mean (SD) EQ-5D utility of 0.64 (0.24) (Table 3).

• Bivariate analysis showed patients with at least one physician-

reported non-professional caregiver were older (57.7 versus 53.9; 

p=0.0001) and had a worse quality of life using the EQ-5D-5L utility 

(0.56 versus 0.72; p<0.0001) than patients without a non-

professional caregiver (Table 3).

• Patients without a non-professional caregiver reported no problems 

or slight problems less frequently in each of the five dimensions of 

the EQ-5D (Anxiety / Depression, Pain / Discomfort, Usual activities, 

Self-care and Mobility, all p<0.0001) than those with at least one 

non-professional caregiver (Figure 1).

RESULTS
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Figure 1. EQ-5D dimensions for patients with and without non-professional care

Poster presented at ISPOR EU 2023  - Corresponding author email address: Ben.Johnson@kyowakirin.com

REFERENCES

Country
Total

N=823

No non-professional caregiver(s)

N=413 (50.2%)

At least one non-professional caregiver(s) 

N=410 (49.8%)
p-value

France, N (%) 96 (11.7) 41 (9.9) 55 (13.4) 0.1291

Germany, N (%) 206 (25.0) 107 (25.9) 99 (24.1) 0.5740

Italy, N (%) 145 (17.6) 69 (16.7) 76 (18.5) 0.5223

Spain, N (%) 151 (18.3) 67 (16.2) 84 (20.5) 0.1259

UK, N (%) 36 (4.4) 17 (4.1) 19 (4.6) 0.7364

USA, N (%) 189 (23.0) 112 (27.1) 77 (18.8) 0.0048

Table 1. Sample breakdown by country of respondent

Condition
Total

N=823

No non-professional caregiver(s)

N=413

At least one non-professional caregiver(s) 

N=410
p-value

ALS, N (%) 99 (12.0) 40 (9.7) 59 (14.4) 0.8817

GVHD, N (%) 235 (28.6) 105 (25.4) 130 (31.7) 0.0074

HD, N (%) 47 (5.7) 23 (5.6) 24 (5.9) 0.0536

MG , N (%) 312 (37.9) 194 (47.0) 118 (28.8) <0.0001

PSP, N (%) 130 (15.8) 51 (12.3) 79 (19.3) 0.0418

Table 2. Sample breakdown by patient’s condition

ALS; Amyotrophic Lateral Sclerosis, GVHD; Graft versus host disease, HD; Huntington’s disease, MG; Myasthenia Gravis, PSP; Progressive Supranuclear Palsy.

Total

N=823

No non-

professional 

caregiver(s) 

N=413

At least one 

non-

professional 

caregiver(s) 

N=410

p-value

Gender; male, N 

(%)
482 (58.6) 230 (55.7) 252 (61.5) 0.1036

Age; years, Mean 

(SD)
55.8 (14.5) 53.9 (14.9) 57.7 (13.8) 0.0001

Time since 

diagnosis of 

condition; 

months, Mean 

(SD)

25.9 (39.2) 28.0 (44.0) 24.0 (33.7) 0.1668

EQ-5D-5L utility, 

Mean (SD)
0.64 (0.24) 0.72 (0.20) 0.56 (0.26) <0.0001

Table 3. Patient demographics and EQ-5D-5L utility score

SD; Standard deviation.
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Figure 2. Predictors of non-professional caregiving
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• Multivariable regression showed a significant (p<0.0001) 

association between EQ-5D utility and presence of a non-

professional caregiver (odds ratio [OR] 0.037; 95% confidence 

intervals [CI] 0.014-0.097), indicating that an increase of 0.1 in EQ-

5D utility is associated with a 28% decrease in the odds of receiving 

non-professional care (Figure 2). 

• Additionally, older patients, and those with GVHD (using MG as a 

reference category), were significantly more likely to receive non-

professional care (Figure 2). 
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