
Addressing Challenges of Persons Living 
With a Rare Disease and their families:

Linking Global, Regional, National and 
Local Strategies for Improving Health, 

Social, Economic, Quality of Life Impacts



Universal Health Coverage Across the Globe: 
Essential to Rare Disease Care
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APARDO Patient Group Survey:

Patient Access to Specialist Services
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APARDO Patient Group Survey:

Patient Access to RD Medicines
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APARDO Patient Group Survey:

Patient Access to Assistive Devices
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APARDO Patient Group Survey:

Patient Access to Support Services
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Why and How Rare Disease Is Included in 
Universal Health Coverage

UN Resolution on Global Health and Foreign Policy: two principles. 

▪ Need to address the health of the most vulnerable for an inclusive society – health of most 

vulnerable is both a core component and a condition of an inclusive society. 

▪ Importance of “a specific emphasis on the […] vulnerable and marginalised segments of the 

population” (art. 6) at the heart of any strategy to progress towards the goal of universal health 

coverage. 

▪ People living with rare diseases count among most vulnerable and marginalised populations. 

Leverage Adoption of UHC to benefit People Living with Rare Disease:

• UHC fosters general health policies with positive impact for rare disease (access to diagnostics and 

treatments, integrated  patient-centred care, research, digital health, disability)

• UHC opens opportunities to advocate for adoption of rare disease-specific policies

“Leave no one Behind” – Healthcare is Not Universal if does not include Rare Diseases



Rare 
Disease 
Impacts 
More than 
Health: 

Social, 
Economic, 
Quality of 
Life



Rare Disease Impacts = UN SDG Goals

For a child with a rare disease, discrimination strikes very early in life with accessing education,

and in adulthood it is difficult to find, maintain or return to work. The same for lifelong leaning.

Women are disproportionately discriminated and excluded from society, either as persons with

a rare disease or as mothers.

Families with a member living with a rare disease are at greater risk of impoverishment as they

have more expenses and less income.

With the COVID pandemic, all the pre-existing inequalities and vulnerabilities of this population

have been severely aggravated.

Heterogeneous but rare: with rarity comes lack of knowledge and expertise, lack of research

and innovation, lack of appropriate health and social care. Rarity means lack of hope.



Socioeconomic Burden Rare Disease*

*Eight EU member states: Bulgaria, France, Germany, Hungary, Italy, Spain, Sweden and the UK*

Diseasee

Prevalence 

(x/100k)

Annual Cost 

€ Low

Annual Cost 

€ High

Labour Lost 

€ EQ-5D (0-1) EQ-5D VAS

Cystic Fbrosis 13 21,144 53,216 5,675 0.72 58%

Prader-Willi 

Syndrome 2 3,937 67,484 1,128 0.60 71%

Haemophilia 3 6,660 194,490 0.69 75%

Epidermolysis 

Bulbosa 2 9,509 49,233 3,630 0.60 70%

Mucopolysacch

aridosis 4 24,520 209,420 0.46

Juvenile 

Idiopathic 

Arthritis 13 27,634 36,396 4,358 0.66 79%

Histiocytosis 1 6,832 33,283 4,427 0.49 57%



Addressing Challenges of Persons Living With a Rare Disease 
and their families

UN Resolution adopted by 
consensus 

by the Third Committee of the 
UNGA under Agenda item 28 

“Social Development” 
on 15 Nov 2021

QatarBrazil

Spain

3 Member States: leading the Negotiations with 54 

Countries Co-sponsoring



December 2021: official adoption by UN General Assembly



Five overarching themes in UN Resolution



HUMAN RIGHTS & 

INCLUSION

• Address root causes of discrimination including through awareness-raising and dissemination of information

• Collect disaggregated data on PLWRD to identify discrimination and assess progress

• Right and access to educating and lifelong learning

• Promote access to decent work along with appropriate measures for financial inclusion

APPROPRIATE CARE

• Strengthen health systems and accelerate achievement of UHC by 2030 for PLWRD and realize their right to 

physical & mental health and enhance health equity

• Encourage creation of networks of experts and multidisciplinary specialized centres

• Support research by strengthening international collaboration, coordination of research efforts and sharing of data

• Encourage promotion of mental health & psychological support  for PLWRD, well-being of families & caregivers

NATIONAL ACTION & 

MEASURES

• Encourage UN Member States to adopt national strategies, action plans and legislations to ensure PLWRD are not 

left behind and promote full participation in society of PLWRD, families and caregivers

• Encourages Member States to provide affordable, accessible and good quality care facilities for children and 

measures promoting equal sharing of household responsibilities

INCLUSION IN THE 

UN SYSTEM

• Member States, UN Agencies and other stakeholders - in consultation with PLWRD and their representatives 

organizations - to design and implement policies and share experience to ensure that AGENDA 2030 is inclusive 

and accessible to PLWRD

• Encourages elimination of barriers in accessing water, sanitation and hygiene in both rural and urban areas

MONITOR 

PROGRESS & 

IMPLEMENTATION
• Given the multifaceted nature of these challenges, decides to consider the issue of challenges faced by PLWRD and 

their families at its 78th session (Sep 2023) under the item “Social Development”



Opportunities for implementation

• Office of the High Commissioner for 

Human Rights (OHCHR)

• Continued engagement with WHO

• Continued advocacy for plans and 

strategies at national level

• Work with other UN Agencies & 

Programmes: UNICEF, UN Women, 

World Bank, ILO


