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Rare disease populations face hurdles throughout their interaction with health systems. Systematic literature review according to the Preferred Reporting Items for Systematic

These hurdles often vary in most aspects of rare diseases. Reviews and Meta-Analyses (PRISMA) guidelines.

We deduce that these hurdles could subject the rare disease population to differential Search strategy based on search terms related to equity and rare diseases.

treatment in comparison to the general population. MEDLINE via PubMed, the Cochrane Library, and Embase were searched.
Consequently, the rare disease population might experience different forms of equity Consideration of gray literature of Regulatory bodies, patient organizations, industry, and
ISSues. others.

Records identified

_ _ o _ _ _ _ _ through database Duplicates excluded
To find evidence of equity issues experienced by rare disease populations including the segarching > P n=111
older adult subgroup of the general rare disease population: n=1705
1.ldentify equity issues experienced by rare disease populations in comparison to the T 1

general population.

Title and abstract : ;
_ o _ o _ _ _ . Excluded after title and abstract screening
2.ldentify equity issues experienced by older adults living with a rare disease In screening > N = 1478

comparison to the general rare disease population. n=1594

!

Excluded after full text review
No comparison group of interest n = 27
Full text review No evidence n = 31

2. Older adults with rare diseases n=116 Early drug research & development n = 3
| Language n = 2

vS. general rare disease population NG full text n = 5

Rare Disease
Population

Full text review of other sources
Backward & forward searching n = 2

— Gray literature n = 12
— Expert recommendation n =1
Publications included
In study
n =063

Figure 2: PRISMA flow chart shows chronology of our publication selection process.
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Figure 1: lllustration of the different dimensions of population and comparison groups that may
experience equity issues. — 5 evidence subclusters
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Figure 2: Inductively developed Ethical Spectrum and Resource Allocation Framework showing areas where equity issues may be encountered. From the moral principles and ethical concepts that countries and
their respective health systems choose to align with based on their values, societal preferences emerge. As a result, health policies, requlations and methods are put in place to guarantee the population’s access to
care, thus influencing health outcomes.

Ethical concepts: Despite each society having a unigue historical and philosophical perspective on the distribution of resources, the main schools of thought regarding resource
allocation and health policy can be situated along a continuum of the two most common objectives of resource allocation I.e., egalitarianism and utilitarianism.

Societal preferences: There is little to no preference for rarity compared to common diseases.
Regulations & methods: Generally less favorable towards rare disease treatments.

Access to care & health outcomes: Evidence of lower primary care access and poorer age adjusted mortality rates for older adults with rare diseases. However, evidence base
remains limited and insufficient.

Ageism: Evidence gap of ageism within specific population subgroups e.g., rare disease patients.

Take Home Message

We could not find evidence that demonstrates equity issues among the older rare disease population in comparison to the general rare disease population.
Rare disease populations encounter comparatively more equity issues in their care trajectory compared to the general population.

We call for further research exploring the age dimension of equity issues experienced within specific subgroups of the general population.

The Ethical Spectrum and Implementation Framework can be used as a starting point in science, policy or public affairs.
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