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Executive summary

Our ambition for holistic carby 2030

Today, the 30 million Europeans living with a rare disease and their family membe(sften the main carerp
remain a marginalised and largely invisible population, with little information about their diseases and their
rights, few treatments, and a high level of psychological, social and economic vulnerability.

The ambition of EURORDIS is to have holistic care provided to the 30 million

people living with a rare digase in Europe, and their families, by 2030.

Holistic carecoversthe 360 spectrumof the health, social and everyday need$ people living with a rare
disease andheir families

Our ambition is to see people living with a rare disease and their families integrated asociety that
provides holistic care by:
U Beingaware of their needsand effectively providing timely, high-quality care according to these
needs;

U Breaking down barriers in access to care, treatment, education, employment, leisure, psychological
support and all aspects of social inclusion;

U Enabling them to fully enjoy their fundamental human rights, on equal footing with other citizens.

People living with a rare diseaseshould beintegrated into a society that leaves no one behind.

With this position paper we airno inspire a processthat ensures pople living with a rare disease have access to
holistic care

We applaud all stakeholders for the progress achieved in the last decades. HoweiEmce demonstrates
that people living with a rare disease and theiffamilies continue to face seriousevery day and social
inclusion challenges.Far example,for 85% of people living with a rare diseasahe disease impacts upon several
aspects of their health and everyday liféot surprisingly, a striking number af in 10 people living with a rare
disease andfamily carershave to reduce or stop their professionalactivity and 69% also face an income
decrease

Why take action now?

It is urgent to address the serious unmet needs of people living with a rare digedsheir familiesDoing so
requires a multisector approach from research, to diagnosis, access to treatment, health care and social care,
at both national and European levekll stakeholders have an instrumental role to play.

The time to act isow, while:

U TheSustainable Development Goalsare caliing for effective global action to ensuréhat no one is
left behind;

U TheEuropean Pillar of Social Rightss paving the way for the European Union and its Member
States to deliver more effective social rights, equal opportunities and social inclusion;

U  The24 European Reference Networkand theEuropean Network of Resource Centres for Rare
Diseasescan act aplatforms to gather and disseminate knowledge and good practice;

U 25 EU Member States have now adoptednd are implementinga national planfor rare diseases;

U Organisations representing people living with a rare disease, public bodies, health and social care
providers, and otherstakeholders areready to engage ando co-create policiesand services



Makingholistic carea reality for people living with eare dsease

The strategy to ensure holistic and integrated care for rare diseases must be built on the following game
changers, explored in detail within this paper and which led to its recommendations
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Drawing from these pillars, we believe that significanimprovements can be achievedf:

U Care and support are organised within a holistic, persecentred, multidisciplinary, continuous and
participative approach, considering both the person living with a rare disease and the family carers;

U Care providers acrossectors are equipped with knowledge, good practice and care coordination
strategies allowing them to take into account the specificities of rare diseases;

U Integrated care is effectively and timely deliveredin coordination within and between health, salchnd
community services and organisations representing people living with a rare disease;

U Mechanisms to meaningfully engage people living with a rare disease and their representative
organisations in the design, implementation and monitoring of policiesand services are established,;

U Social and disability policies effectively take into account the specificities of complex conditiorand
disabilities, such as rare diseases;

U People living with a rare disease and thefamilies are informed and empoweredo know and to manage
their condition.

Alec,Sanfilippo sndrome‘\ustralia



Our recommendations

To inspire the implementation of these improvementsg call upon the EU all European countriesand all
stakeholderswithin the health and social sector, tisseminatethis paper and tdake action based on the
recommendations put forwardbellow.

Only together, will we ensure that no one of the30million Europeans living with a rare disease is left
behind. To ensure themprovementsset out aboveare effectively achievedye recommend:

1. Making full use of EU instruments and European networks to implement holistic care for rare
diseases

2. Creating a supportive political environment at national level forholistic care for rare diseases

. Gathering and disseminating knowledge and good practices, to ensure that the needs of people
living with a rare disease and their carers are adequately addressed by specialised and mainstream
services

4, Implementing specificmechanisms that ensure integrated care provision to rare diseases

5. Guaranteeing meaningful engagement of organisations and representatives of people living with
a rare disease in the design and implementation of policies and services

6. Implementing specific measures that ensure access of people living with a rare disease and their
carers to adequate social services and social protection

7. Ensuring the recognition and adequate compensation of the disabilities experienced by people
living with a rare disease

8. Creating the conditions for people living with a rare disease and their carers to access adapted and
sustainable employment

9. Implementing specific mechanisms that empower people living with a rare disease and their
carers, in cacreation and cadelivery with organisations representing people living with a rare
disease

lO.EIiminating all types of discrimination, ensuring that people living with a rare disease have access
to social, labour, educational, leisure inclusioron equal footing with other citizens
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Our recommendationsn full

1. Making full use of EU instruments and European Networks to implement holistic care for
rare diseases

V  All legislative proposals and recommendations deriving from the European Pillar of SociRights
must take into account the specific needs of people living with a rare disease, their careasd
others with complex diseases/disabilitie& A O3 1 A E A ishoBldintraddcdicledk iddicators and
monitoring tools to supporeffective policychanges;

V  Available EU mechanisms must support the imgmentation of social services andntegrated,
long-term care for people living with a rare diseasetheir carers and others with complex
diseases/disabilities:

o Funding lines and programmes should be saced under the Multiannual Financial Framework
to support EU-wide networks and innovative projectsthat allow Member States to coreate
and transfer good practices and innovative care mogels

0 TheEuropean Structural and Investment Funds must act as an assible and adequate
mechanism to effectively support Member States to upscale successful and innovative pilots
into mainstream service€rossborder activities - e.g. EU-wide platforms - should be
supported by funding programmes, within the European Stuctural and Investment Funds,
that support cooperation acrosscountries;

0 TheEuropean Semester must be used as a vehicledevise andimplement adequate social
and employment policiesat a national level

0 TheEuropean Commission Steering Group on HealtRromotion, Disease Prevention and
Management of Non-Communicable diseases must embrace and respond to the
challenges of peopldiving with rare diseases and their carers

V  National and European bodies must allocate financial andtsictural support to ensurethe
sustainability of Europe-wide platforms that gather and share knowledge and good practicesn
rare diseasessuch as theEuropean Reference Networksthe European Network of Resource
Centres for Rare Diseaseand Orphanet. An enabling environment shdd be created to integrate
these initiatives with national health and welfare systems.

2. Creating a supportive political environment at a national level for holistic care for rare diseases

V  All National Plans and Strategies for rare diseases must inclugeovisions to enable people living
with a rare disease and their carers to access timely and adequate integrated healtlocial care,
social services and social protectionThese should include mechanisms to support the national
organisations for rare dise&s, as civil society organisations engaged in design, implementation and
monitoring of policies/services. When updated and evaluated, National Plans must undergo a social
check;

V  European countries must implement specific mechanisms to guaranteeoordination between
national policy sectorswithin a multidisciplinary approach, engaging health, social, work,
education and research MinistriesInter-Ministerial working groups and shared budgets between
Ministries should be implemented

V  Sustainability mechanisms must be put in place and be made accessible to public bodies, civil
society organisations and service providerso ensure the implementation of holistic care.

3. Gathering and disseminating knowledge and good practices to ensure that the needs of
people living with a rare disease and their carers are adequately addressed by specialised and
mainstream services

V  European countries must recognise and support existing rare disease Centres of Expertisetiorzal
reference networks, Resource Centregrganisations representing people living with a rare disease
and Orphanetteams, capitalising on their robust expertise and knowledge to improve care provided by
specialised and mainstream services. These sesvigust be adequately staffed and resourced to be able
to fulfil their mission;

V  European Reference Networksnd their constituent health care providersmust continue to
function as a platform to collectand disseminatedata, good practicesand guidanceon health



care and integrated carefor rare diseass, in cooperation with organisations representing people
living with a rare disease;

V  Training for health and social service providers must be developed and deliverdulilding on the
expertiseof rare disease specialised servieeslorganisations representing people living with a rare
disease They shouldncreaseprofessionalstapacity andknowledge orthe diseasesthe rights of the
people living with a rare disease and their caraxsileble resourcesind good care practices

V  The EU and European countries must continue to support pilot projectss generators of good
practice and innovative serviceBheyshould be allowedime for their design, implementation and long
term impact assessmenn order to gather quality evidence on tinelirect andsocietal impact

V  Socio-economic research in the field of rare diseases should be supported at natioaald European
levelsin order to support decision making on health, social and integrated edoems.

Implementing specific mechanisms that ensure integrated care provision for rare diseases

V  European countries must promote coordination and interoperability between all parties involved in
the care provision including health, social and commity services, as well asganisations
representing people living with a rare diseas®d affected individuals/carer€oordination protocols,
procedures, IT and ehealth tools can be used for this purpose

V Rare diseases and undiagnosed complex health cditions must be considered by the risk
stratification tools used by health care systems to make decisions on the provision of integrated
care, via the use of implemented codification systems;

V  All people living with a rare disease must be entitled to an ifdidual, person-centred care planto be
delivered within a multidisciplinary, holistic approach, coordinatedbetween all care providers;

V  Descriptions ofNational care pathways forrare diseasesand undiagnosed conditionsshould be

developed, indicating theprocess andaresteps to follow, identifying the existing coordinating
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V Case management, as an effective care coordination mechanisrshould beimplemented across

European countriesto support care for people living with a rare disease, their carers andoffir

complex diseases/disabilitieraining on case management for rare diseases should developed

and thecase manager profession shodlbe recognisedwithin the national codes of occupations
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5. Guaranteeing meaningful engagement of organisations and representatives of people living
with a rare disease in the design and implementation of policies and services

V  Beneficiaryengagement in thedesign, implementation and delivery of services must become a
requisite for health and social care provisioto guarantee persortentred, participative care;

V  Tools which provide hformation and training must be available for representatives of people
living with a rare diseasdn order to build their knowledge and capacity to take part in decision
making on care provision

V  Rare diseaseorganisations, ascivil society organisations, must be supported and considered as equal
partners in the design, implenentation and monitoring of policies and services.

6. Implementing specific measures that ensure access of people living with a rare disease and
their carers to adequate social services and social protection

V  European countries must guarantee that all peopldiving with a rare disease and their carers are
entitled to have access to a social workeand to adequate social protection and social inclusion
provisions, adapted to their individual needsand to the cost of living. These provisionsnust aim to
supportindependent living vhilst also covering the needs of severely affectadividuals

V  Those with complex conditions for whom a diagnosis and/or a disability assessment are not
available must not be deprived from accessingogial rights and social protection

V  Existing specialised social services for rare diseases, such as Resource Centres, must be recognised
and supportedto act as a hub of expertise and good ptiaetas well as a direct serviged training
provider for professionals in the health and soaattor;

V  European countries should also seerganisations representing people living with a rare diseasas
suitable stakeholders to deliver care as complementary providstito public servicesWhen they
provide social and support serviceghese organisations must be financially supported to
undertake this role.

7. Ensuring recognition and adequate compensation for the disabilities experienced by people
living with a rare disease

V  TheEuropean Commission and European countries must implement the UN Convention the Rights of
Persons with Disabilities,taking into account the specific needs of people living with a rare disease

V  TheEuropean Commissionmust ensure that the needs of the rare disease communitgre taken into
account within the EU Disability Strategy for 2020-203Q

V  National and Europeanstakeholders must strive to developpolicies, procedures, services and
technologiesto build environments that aim at breaking barriers to paticipation in all areas of
society,promoting autonomy and independent living;

V' European countries must improve national disability
assessment systemso ensurethat there are no gaps in
the integration of complex diseases causing disabilities
Thefunctionality orincapacity of people livingwith a rare
disease must be duly assessed and supported with
adequate compensation measures

V  Existing tools and networks should be used to supporthe generation and dissemination of
knowledge about the functional consequences of rare diseasehese includé ODEAT AG8 O | O1 OE
lingual online tool and disability factsheets, European Reference Networks and the European
Network of Resource Centres for Rare Diseases

V  National competent bodies should implement trainingfor disability assessment teams orthe
functional consequences ofare diseases, in partnership with national alliances for rare diseasasd
with the networks mentioned above;

V  To enable people living with a rare disease, and all those with disabilities, to live independently and
participate fully in all aspects of lifEuropean countries shall take appropriate measures to ensure
their access, on an equal basis with others, tae physical environment, transportation,
information, communications and to other facilities and services open or provided to the public



8. Creating the conditions for people living with a rare disease and their carers to access
adapted and sustainable employment
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Access to high quality education must be guaranteed to all people living with rare diseases and
complex conditions. When necessary, adapted schooling should be accessible and delivered in a way
that supports all individuals to reach their maximumpotential;

European countries via the Work-Life Balance Directive and other meangnust ensure that people
with complex conditions/disabilities and their carers have the right to specific mechanisms that
support their access andetention in the labour market:

0 Flexible work arrangements suchas flexible working hours and remote work;

0 Reasonable leave of absenceue to their health/disability condition or caring responsibilities

o Tailor-made assistance to improve their employment or selfemployment, suchas career

counselling to explore fulfilling professional avenues;
0 Reasonable accommodation in the workplace.

When leaving the labour marketor having to work part-time due to the disease people living with a
rare disease, their carersindothers with compex conditionamust have access$o social protection
measures pension rightsand care support thatallowsthem to live a dignified life;

People living with a rare disease and with disability, who wisko study and/or to be activeas
volunteersfor civil society organisations, must in no way be deprived from theirights, including
disability and retirement benefits;

All EU and national level legislatiormust guarantee that there is no form ofdiscrimination based
on health or disability status, concerningall forms of employment, including recruitment, hiring,
employment, career advancement and safe and healthy working conditions
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9. Implementing specific mechanisms that empower people living with a rare disease and their
carers, in co-creation and co-delivery with organisations representing people living with a
rare disease

V

Care providers should be prepared to give nedirective assistance providing beneficiaries with
relevant information, tools ad counselling as well @lowing beneficiaries to express their wishts,
participate indecisions regarding their care ataldirect their own services they wish tg

Tool-kits to navigate national health and welfare systems should be developed at national level,
specifically for rare diseases

Rare disease helpline services, when existing, must be supportedll European countries should
strive to implement a rare disease helpline

People living with a rare disease and their carers must be erlétl to access psychological support
and respite care servicesshould they wish toAn annual mental health assessment should be put in
placeto ensure monitoring and adequate intervention to avoid burnout and depression;

Opportunities to foster peer-to-peer support between people living with a rare disease should be
available and supported These can includ&arning from each othdiseminars organised by
organisations representing people living with a rare diseasd/or health and social stakeholders.

10. Eliminating all types of discrimination to ensure that people living with a rare disease have
access to social, labour, educational and leisure opportunities on an equal footing with other
citizens

V

In line with the EU Charter of Fundamental Rights and th&uropean Pillar of Social Rights (art 3),
people living with a rare disease mushot be discriminated against. They musthave the right to
equal treatment and opportunities regarding employment, social protection, education and
access toall goods and serices available to the public

All EU and national level legislatiormust guarantee that there is no form ofdiscrimination based
on health or disability status.

To read the full version of this paper (also available in
French, Spanish, German, Italian, Portuguese and Russian)

please visit:

eurordis.org/carepaper
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