
“Rare is not rare if you see how many we are.

No one deserves to walk this road alone.”

Aleksandra, The Netherlands
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CHAMPIONING THE RARE

As we approach the European Parliament elections, 30 million people living 
with a rare disease in Europe call for a world where they can have longer and 
better lives and achieve their full potential, in a society that values their well-
being and leaves no one behind.

Rare diseases affect over 30 million people, as well as their families and caregivers, across 
Europe. Since most rare diseases are chronic, progressive, degenerative, disabling and 
frequently life-threatening, they have a profound impact on the daily lives of people with a 
rare condition and their families. While this collective number is high, the number of people 
living with each of the 6,000 rare diseases is low and scattered across countries.


The most effective strategies to improve the lives of EU citizens living with rare diseases are 
therefore cross-border and EU-wide. At the time of writing, people living with a rare disease 
still have high unmet needs in a wide range of areas, across the globe and in Europe. There 
is still a lot to do to ensure equitable access to appropriate diagnosis, treatment, health, and 
social care, and to guarantee the full inclusion of people living with a rare disease in society.


In view of the upcoming European elections, EURORDIS - Rare Diseases Europe and its over 
1,000 rare disease patient organisations, are calling for rare diseases to be a priority of the 
candidates to the European Parliament, the future European Commission, and all other 
relevant policymakers. We are calling on the EU to build a true European Health Union for 
rare diseases, including Treaty amendments to centralise decision-making and improve 
policymaking.


European policymakers have a rare opportunity to bring policy into step with scientific, 
technological, and societal shifts and to ultimately improve the lives of people living with a 
rare disease.


We believe that the following recommendations are key to building an inclusive European 
Health Union that leaves no-one behind.

“We need renewed European action for rare diseases to rebuild the 
momentum around national plans and strategies, and everything within them. 

Nobody can do it alone for rare diseases.”
Victoria, patient advocate

1 in 2,000
is the EU's threshold 
for classifying a rare 

disease, affecting 
that number or less 

of citizens

30 million
people live with 
a rare disease in 
48 countries in 

Europe

6,000+
is the estimated 

number of distinct 
rare diseases

72%
of rare diseases 
are of genetic 

origin
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CHAMPIONING THE RARE

OUR
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EUROPEAN POLICY 
FRAMEWORK on rare 
diseases

EARLier, FASTER, and 
MORE ACCURATE 
DIAGNOSIS

INTEGRATED NATIONAL 
AND EUROPEAN 
HEALTHCARE PATHWAYS

INTEGRATED, PERSON-
CENTRED, AND LIFELONG 
HOLISTIC CARE

OPTIMISED DATA FOR 
PATIENT AND SOCIETAL 
BENEFIT

TIMELY ACCESS TO 
AFFORDABLE AND 
INNOVATIVE TREATMENTS

INNOVATIVE AND 
NEEDS-LED RESEARCH 
AND DEVELOPMENT

SUSTAINABLE AND 
RESILIENT TREATMENT 
DEVELOPMENT
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CHAMPIONING THE RARE

EUROPEAN POLICY FRAMEWORK 
on rare diseases

THE EUROPEAN UNION SHOULD:

Today, there is no com­pre­hens­ive European frame­work or strategy to ad­dress the un­met 
needs fa­cing the 30 mil­lion of Europeans liv­ing with a rare dis­ease. The European Com­mis-­
sion’s 2008 Com­mu­nic­a­tion on rare dis­eases, fol­lowed by the Coun­cil Re­com­mend­a­tion a 
year later, have been corner­stone policies en­abling many suc­cesses, in­clud­ing the spear-­
head­ing of ded­ic­ated na­tion­al plans across European coun­tries. Yet, the policies of the past 
no longer keep pace with the needs of our com­munity. We have new tech­no­lo­gies and ex-­
pect­a­tions that need to be re­flec­ted in policies from the EU and its Mem­ber States.


The European Uni­on has re­gret­tably failed to fully re­turn to the ques­tion of how to im­prove 
the lives of people with rare dis­eases across a full breadth of policy areas. These past years, 
a sol­id polit­ic­al con­sensus in fa­vour of a com­pre­hens­ive European Ac­tion Plan for Rare  
Dis­eases has emerged, span­ning suc­cess­ive EU Coun­cil Pres­id­en­cies, 21 EU Mem­ber States, 
and the European Par­lia­ment, who in their Res­ol­u­tion on the EU pub­lic health strategy in 
the post-COV­ID- 19 era, called for such an ac­tion plan at the EU level. It is time for a fresh 
start in European col­lab­or­a­tion on rare dis­eases.

Create a comprehensive and goal-based European Action Plan for Rare Diseases 
to address the existing high unmet needs of people living with a rare disease and 
bridge the gaps between different legislative pieces on data, research, treatment, 
healthcare, social protection and wellbeing, as well as national and EU initiatives. This 
Plan should set common objectives and measurable goals, as stated in the Rare 2030 
Foresight study, to drive EU countries to�

� Deliver a better and longer life for people living with a rare disease, with sub-targets 
such as reducing diagnostic delays to six months�

� Ensure equal opportunities for people living with a rare disease, wherever they live, 
with sub- targets such as reducing by one-third the psychological, social, economic 
and environmental risk factors that increase the vulnerability of people living with a 
rare disease and their families�

� Enable people living with a rare disease to benefit from innovation and resilient 
infrastructures, with sub-targets such as ensuring the approval of approximately 
1,000 innovative (symptomatic or transformative) treatments for people living with 
a rare disease in the next ten years, irrespective of their status as orphan medicinal 
products�

� Create a dedicated Drafting Group for a European Action Plan for Rare 
Diseases.
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CHAMPIONING THE RARE

EARLIER, FASTER, and MORE 
ACCURATE DIAGNOSIS

THE EUROPEAN UNION SHOULD:

Be­cause rare dis­eases are com­plex and pa­tients are scattered across vari­ous coun­tries, 
the search for an ac­cur­ate dia­gnos­is very of­ten be­comes a pro­longed “odys­sey” for 
people liv­ing with a rare dis­ease. Com­bined with a lack of ap­pro­pri­ate psy­cholo­gic­al sup-­
port while await­ing dia­gnos­is, this real­ity of­ten leads to ser­i­ous men­tal, fin­an­cial and so-­
cial dis­tress for both the per­son with the con­di­tion and their fam­ily. Dia­gnos­is is the first 
step in care path­ways, hence the first step to­wards any im­prove­ments in health and well-­
being, which would highly be­ne­fit from great­er col­lab­or­a­tion amongst stake­hold­ers at 
every level of the care pro­cess.


Fur­ther­more, the het­ero­gen­eity of na­tion­al ca­pa­cit­ies re­gard­ing screen­ing and ge­-
net­ic test­ing and different ap­proaches to the ad­op­tion of evolving tech­no­lo­gies res­ult in 
in­equal­it­ies for pa­tients and fam­il­ies across Europe. With the over­arch­ing goal for all 
people liv­ing with a rare dis­ease to be dia­gnosed with­in six months of com­ing to med­ic­al 
at­ten­tion [1], EU Mem­ber States and the European Uni­on have a key role to play in co-
design­ing ad­equate care path­ways and in en­han­cing col­lab­or­a­tion, gath­er­ing ex­-
pert­ise, shar­ing best prac­tices and sup­port­ing re­search.

#ActRare2024

� Pro­mote equal ac­cess to dia­gnostics for rare dis­eases across Europe, en­sur­ing com-­
pre­hens­ive screen­ing and dia­gnost­ic op­tions for all�

� Strengthen European net­works of spe­cial­ised health­care pro­viders, in­clud­ing 
ERNs for rare dis­eases, and cross-ERN ex­pert pan­els, guid­ing pa­tients from dia­gnos­is 
to high-qual­ity care�

� Sup­port re­search and equit­able im­ple­ment­a­tion of ad­vanced dia­gnost­ic tech­no­lo­gies 
at all health­care stages, in­clud­ing new­born screen­ing and gen­ome se­quen­cing; [2�

� Pri­or­it­ise en­han­cing data sys­tem in­ter­op­er­ab­il­ity and stand­ard­isa­tion for effective 
dia­gnostics, es­pe­cially through transna­tion­al col­lab­or­a­tion for com­plex and rare dis-­
eases�

� Re­cog­nise un­dia­gnosed rare dis­ease pa­tients as a vul­ner­able group and es­tab­lish a 
com­pre­hens­ive European ap­proach for op­tim­al care, re­gard­less of dia­gnos­is�

� As­sist Mem­ber States in de­cision-mak­ing for pre­ven­tion, pro­mot­ing equit­able new-­
born screen­ing pro­grammes across the EU, fa­cil­it­ated by an EU-level multistake­-
holder ex­pert group�

� Help Mem­ber States es­tab­lish train­ing for primary and emer­gency care per­son­nel 
to im­prove triage and pa­tient re­fer­rals to ex­pert cen­ters.

06



CHAMPIONING THE RARE

INTEGRATED NATIONAL AND 
EUROPEAN HEALTHCARE PATHWAYS

THE EUROPEAN UNION SHOULD:

Rare dis­eases are not only con­sidered rare due to their low pre­val­ence, but also the scarcity 
and geo­graph­ic dis­per­sion of health­care ex­perts who can treat them. Un­for­tu­nately, this 
has cre­ated a ‘geo­graph­ic lot­tery’, in which some pa­tients are ‘for­tu­nate’ enough to live 
reas­on­ably close to true ex­perts in their con­di­tions and may be­ne­fit from the fruits of their 
know­ledge and ex­per­i­ence. However, many pa­tients may be lim­ited in ac­cess­ing the 
best ex­ist­ing care and treat­ment for their dis­ease.


Nu­mer­ous ap­proaches and tools have been iden­ti­fied at the European level to erad­ic­ate 
such in­equal­it­ies, which of­ten ex­ist between and with­in coun­tries. For in­stance, the 
European Ref­er­ence Net­works (ERNs) have fa­cil­it­ated the dis­sem­in­a­tion, ex­change and cre-­
ation of know­ledge and ex­pert­ise across Europe. En­hanced pan-European, and in­deed 
glob­al, co­oper­a­tion is called for to ad­dress the in­equal­it­ies cit­izens face in ac­cess­ing 
highly spe­cial­ised health­care and in­nov­at­ive ther­apies.

#ActRare2024

� Sus­tain equit­able and timely ac­cess to spe­cial­ized health­care for those with rare 
or com­plex con­di­tions, in­teg­rat­ing ERNs in­to cross-bor­der and na­tion­al health sys-­
tems�

� Im­prove health out­comes for people with rare dis­eases by ex­pand­ing evid­ence-
based spe­cial­ised health­care, achieved through effective in­teg­ra­tion of ERNs in­to na-­
tion­al health ser­vices us­ing seam­less con­nectiv­ity mech­an­isms and struc­tures�

� Se­cure sus­tain­able EU budget in­vest­ments to strengthen the cap­ab­il­it­ies of 
Centres of Ex­pert­ise and en­hance ERNs' com­pet­en­cies, man­age­ment, and ser­vices. 
ERNs should re­ceive sup­port for train­ing fu­ture rare dis­ease ex­perts, in­clud­ing clin­ic­al 
and sur­gic­al train­ing, as well as edu­ca­tion and train­ing for loc­al health­care and ther­apy 
pro­fes­sion­als�

� Define and im­ple­ment specific solu­tions and European sup­port for bet­ter co­oper­a-­
tion and spe­cial­ised health­care de­liv­ery to meet the needs of in­di­vidu­als affected 
by ex­tremely rare dis­eases (i.e. dis­eases im­pact­ing less than 500 people in the EU, as 
well as those re­quir­ing com­plex in­ter­ven­tions with an an­nu­al pro­ced­ure count be­low 
500)�

� Pro­mote the strength­en­ing of na­tion­al per­son-centred and in­teg­rated health­care 
sys­tems, in­clud­ing by sup­port­ing re­search and in­nov­a­tion and the up­skilling of the 
health work­force�

� Sup­port and en­able effective pa­tient part­ner­ship and rep­res­ent­a­tion of people       
liv­ing with a rare dis­ease in health­care de­cision-mak­ing, in­clud­ing the ERNs.
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CHAMPIONING THE RARE

TIMELY ACCESS TO AFFORDABLE 
AND INNOVATIVE TREATMENTS

THE EUROPEAN UNION SHOULD:

The rare dis­ease com­munity still has vast un­met needs, and ac­cess to treat­ments and 
ther­apies was iden­ti­fied as the top pri­or­ity for people liv­ing with a rare dis­ease by 
2030 [2]. The EU Reg­u­la­tions on Orphan Medi­cin­al Products and Pae­di­at­ric Medi­cines 
helped trans­form the lives of many people liv­ing with rare dis­eases and con­tin­ues to be 
suc­cess­ful in ful­filling its primary pur­pose – at­tract­ing in­vest­ment to the de­vel­op­ment of 
ther­apies for life-threat­en­ing or de­bil­it­at­ing dis­eases for mil­lions of people who today 
live without any, or without sat­is­fact­ory, treat­ment op­tions. Yet ma­jor difficulties in  
de­vel­op­ing solu­tions for un­der­served areas and ac­cess­ing ap­proved treat­ments 
still ex­ist. Whilst the num­ber of ap­proved ther­apies has in­creased dra­mat­ic­ally, they 
have been overly con­cen­trated in a cer­tain se­lec­tion of med­ic­al areas, whilst oth­er rare 
con­di­tions with lower pre­val­ence have been neg­lected. Only 6% of all known rare dis-­
eases have an ap­proved treat­ment op­tion, and 69% of rare dis­ease pa­tients have re-­
ceived only symp­to­mat­ic treat­ment for their rare con­di­tion, whilst un­ac­cept­able in­equit-­
ies between coun­tries on time to ac­cess­ib­il­ity of treat­ment still per­sist [3].

#ActRare2024

�

�

�

�

�

Evolve the incentives framework in the Pharmaceutical Package to focus on diseases 
lacking treatments, encourage early dialogue for evidence generation, enhance 
European competitiveness, and ensure consistent rewards for sponsors�

Develop an R&D model centred on the unmet needs of rare disease patients, 
mandating patient advocate involvement in all stages, including research, develop-
ment, regulatory processes, and assessment�

Create a comprehensive European pathway from development to access, 
balancing innovation and affordability, aiming for strategic autonomy in R&D, and 
reducing delays in patient access to treatments. Strategies could include expanding 
early access programmes, clarifying legal aspects of cross-border treatment access, 
and revising the directive on pricing transparency for medicinal products under 
national health systems�

Strengthen European collaboration in pricing and negotiations, building on the 
momentum of multi-country negotiation platforms and voluntary cooperation 
mechanisms. These should be further unified and may include common purchasing 
initiatives, particularly for orphan medicinal products�

Define and implement specific policy and legislative measures to establish a 
European pathway to access complex therapies such as Advanced Therapy 
Medicinal Products, that can only be delivered in a few specialised centres 
throughout the EU.
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CHAMPIONING THE RARE

INTEGRATED, PERSON-CENTRED, 

AND LIFELONG HOLISTIC CARE

THE EUROPEAN UNION SHOULD:

People liv­ing with rare dis­eases of­ten have spe­ci� f­ic care and in­de­pend­ent liv­ing needs due 
to the very nature of their dis­eases, which are of­ten ser­i­ous, chron­ic, highly com­plex,  
de­gen­er­at­ive, and as­so­ci­ated with co­mor­bid­it­ies. In ad­di­tion, most people with a rare 
dis­ease live with dis­ab­il­it­ies which can be vis­ible or in­vis­ible. They of­ten must go through 
long, com­plex and frag­men­ted care path­ways and are at risk of re­duced in­come or 
un­em­ploy­ment, so­cial isol­a­tion and dis­crim­in­a­tion, as the co­ordin­a­tion of care tasks 
falls mostly on the fam­ily, and primar­ily on wo­men.


An­oth­er ma­jor chal­lenge for people liv­ing with a rare dis­ease is ob­tain­ing an ad­equate  
dis­ab­il­ity as­sess­ment in their Mem­ber States – a situ­ation of­ten lead­ing to ex­clu­sion 
from ac­cess­ing so­cial and in­de­pend­ent liv­ing rights at na­tion­al and European levels, in­-
clud­ing those de­riv­ing from the European Strategy for the Rights of Per­sons with Dis­ab­il­it-­
ies. These people are thus ex­posed to in­creased psychoso­cial, eco­nom­ic and en­vir­on-­
ment­al risk factors which a� f­fect their health and well­being. Con­sequently, people with 
rare dis­eases ex­per­i­ence three times high­er rates of de­pres­sion than the gen­er­al pop­u­la-­
tion.

#ActRare2024

�

�

�

�

�

�

�

Ac­know­ledge the com­plex, in­ter­sec­tion­al needs of fam­il­ies with rare dis­eases, in-­
clud­ing com­pre­hens­ive long-term care, and pro­pose ini­ti­at­ives for equal ac­cess to edu-­
ca­tion, em­ploy­ment, and so­cial pro­tec­tion, align­ing with the EU Charter of Fun­da­ment-­
al Rights and the European Pil­lar of So­cial Rights�

Pro­mote com­pre­hens­ive, per­son-centred, lifelong care and sup­port path­ways at 
the na­tion­al level, in­volving rare dis­ease rep­res­ent­at­ives in policy design and im­ple­
ment­a­tion�

En­sure timely and equit­able ac­cess to these care path­ways, in­clud­ing psychoso­cial 
sup­port, so­cial pro­tec­tion, and as­sist­ive ser­vices, throughout in­di­vidu­als' lives�

Help Mem­ber States en­hance their dis­ab­il­ity as­sess­ment frame­works and en­sure   
ac­cess to so­cial, dis­ab­il­ity, and in­de­pend­ent liv­ing rights for those with rare dis­eases�

Al­loc­ate Multi-an­nu­al Fin­an­cial Frame­work funds to sup­port EU-wide net­works and 
in­nov­at­ive projects for shar­ing best prac­tices in rare dis­ease care�

Sup­port Mem­ber States in provid­ing train­ing for health­care pro­viders based on the 
ex-pert­ise of rare dis­ease spe­cial­ists and pa­tient or­gan­isa­tions�

Recognise and promote the mental health and wellbeing needs of people with rare 
diseases  in EU mental health policies, in line with the WHO’s recognition of them as a 
vulnerable population and as per UN General Assembly Resolution [6].
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CHAMPIONING THE RARE

INNOVATIVE AND NEEDS-LED 

RESEARCH AND DEVELOPMENT

THE EUROPEAN UNION SHOULD:

Research leads to a better understanding of rare diseases, quicker and more accurate 
diagnoses, innovative treatments and cures, and better healthcare. It represents hope for 
the 30 million people living with a rare disease in Europe and their families. While improve-
ments have been made in the past decades with dedicated public funding and coordinated 
actions at the EU level, rare disease research faces political and practical obstacles such as 
inadequate funding, small patient populations for clinical trials, and a lack of coordinated 
resources for patient registries. This translates into insufficient knowledge of these diseases 
and delays in both diagnosis and the development of much-needed treatments. The EU 
should continue to promote cross-border collaboration on rare disease research.

�

�

�

�

�

�

Support European cross-sectoral collaboration in rare disease research, par-
ticularly under the Horizon Europe’s Partnership for Rare Diseases�

Invest in pre-competitive infrastructures to advance patients’ needs-led re-
search, boosting the research capability of ERNs, including to conduct clinical re-
search and trials�

Optimise the use of limited resources through strategic investments and in-
centivising all stages of research to achieve excellence in basic, transnational, 
clinical, and social research�

Develop and fund a robust European regulatory science agenda with partic-
ular attention to the specificities of rare diseases, emerging technologies, 
advanced therapies and innovations in the diagnosis field and to ultra-rare and 
disregarded conditions which lack therapeutic options�

Promote and facilitate patient engagement in rare disease research�

Enhance long-term multinational public-private research partnerships and 
sustain international research collaboration through IRDiRC (International 
Rare Diseases Research Consortium) and other international consortiums.
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CHAMPIONING THE RARE

OPTIMISED DATA FOR PATIENT 

AND SOCIETAL BENEFIT

THE EUROPEAN UNION SHOULD:

Shar­ing health data to ad­vance sci­enti�f­ic re­search and im­prove clin­ic­al prac­tice is of par­tic-­
u­lar im­port­ance in the field of rare dis­eases, where know­ledge and ex­pert­ise are lim­ited, 
pa­tient pop­u­la­tions are geo­graph­ic­ally dis­persed, and health data scattered. For people 
liv­ing with a rare dis­ease, data equates to hope: it is an op­por­tun­ity to ac­cess spe­cial-­
ised health­care in oth­er European coun­tries, the path to an earli­er dia­gnos­is, or the 
chance to un­der­stand more about a little-un­der­stood dis­ease through re­search. In prac-­
tice, shar­ing data across coun­tries is hampered by di­ver­gent na­tion­al rules and the 
lack or in­op­er­ab­il­ity of elec­tron­ic health re­cords. The European Health Data Space  
Reg­u­la­tion, as pro­posed by the European Com­mis­sion, is an un­pre­ced­en­ted op­por­tun­ity 
for Europe to un­lock the po­ten­tial of health data in Europe and ul­ti­mately im­prove the 
lives of people liv­ing with a rare dis­ease through en­hanced and safe ac­cess to data, as well 
as through ad­van­cing dia­gnos­is, treat­ment, care and re­search. However, there is a clear 
need to find the right bal­ance between en­sur­ing that pa­tient data is safe and se­cure and 
al­low­ing these data to be made avail­able to boost know­ledge on rare dis­eases.

#ActRare2024

�

�

�

�

Sup­port the har­mon­isa­tion, op­tim­isa­tion and in­ter­op­er­ab­il­ity of elec­tron­ic 
health re­cords to en­sure safe and timely shar­ing of health data across coun­tries, 
thereby fa­cil­it­at­ing cross-bor­der health­care;�

En­sure the eth­ic­al use of sec­ond­ary health data. Sec­ond­ary use should en­able 
health pro­viders, re­search or­gan­isa­tions and reg­u­lat­ory bod­ies to have ac­cess to health 
data for the pur­poses of re­search, in­nov­a­tion, poli­cy­mak­ing, edu­ca­tion­al activ­it­ies, pa-­
tient safety, reg­u­lat­ory activ­it­ies, or per­son­al­ised health­care. Ac­cess to cross-bor­der 
health data should be­come pos­sible with­in a trus­ted gov­ernance frame­work based on 
clear rules and stand­ards, with guid­ance from the ERNs�

In­crease di­git­al health lit­er­acy. The rare dis­ease com­munity is of­ten faced with        
de­cisions on highly sens­it­ive data cat­egor­ies, such as ge­net­ic data and cross-bor­der 
uses of data through es­tab­lished ERNs. It is there­fore es­sen­tial that the new sys­tem of 
data shar­ing has edu­ca­tion­al pro­grammes for cit­izens and health­care pro­fes­sion­als to 
en­sure choices are well-in­formed�

En­cour­age pa­tient and pub­lic part­ner­ship in policy and pro­gramme design and 
eval­u­ation to un­der­stand what people liv­ing with a rare dis­ease ex­pect from rare dis-­
ease re­search and data shar­ing, while mak­ing sure their wishes and needs are em­bed-­
ded with­in re­search and health­care de­liv­ery design. The new data shar­ing gov­ernance 
should re­flect pa­tients’ needs – both in terms of de­vel­op­ing ro­bust stand­ards en­sur­ing 
se­cure, eth­ic­al and re­spons­ible data shar­ing, and al­low­ing health data to be seam­lessly 
shared across bor­ders to be­ne­fit all people liv­ing with a rare dis­ease.
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CHAMPIONING THE RARE

SUSTAINABLE AND RESILIENT 

TREATMENT DEVELOPMENT

THE EUROPEAN UNION SHOULD:

The de­vel­op­ment of treat­ments and ther­apies as well as re­source-in­tens­ive pro­vi­sion of 
care, re­quire a wide range of re­source com­mit­ments, in­clud­ing com­mit­ments of or­gan­isa-­
tion­al, fin­an­cial, nat­ur­al, en­ergy, and even an­im­al and hu­man bio­lo­gic­al re­sources. Giv­en 
the glob­al con­straints posed by in­creas­ing de­mands on en­vir­on­ment­al re­sources, sup­ply 
chain lim­it­a­tions, and so­cioeco­nom­ic changes, it is cru­cial that the EU pays at­ten­tion to 
these chal­lenges. There is a press­ing need for the EU to shift to­wards a more in­teg-­
rated and re­si­li­ent ap­proach that effectively bal­ances and op­tim­ises the health and 
well­being of in­di­vidu­als, an­im­als, and the en­vir­on­ment throughout the en­tire li­fe­cycle 
of re­search, de­vel­op­ment, and ac­cess to treat­ments and ther­apies, all the way to the pro-­
vi­sion of health or so­cial care. An ad­apt­ive and bal­anced ap­proach will foster a deep­er un-­
der­stand­ing of cur­rent and fu­ture co-be­ne­fits, risks, trade-offs, and op­por­tun­it­ies, ul­ti-­
mately ad­van­cing equit­able and hol­ist­ic health solu­tions for people liv­ing with rare dis-­
eases.

#ActRare2024

�

�

�

�

Fa­cil­it­ate the de­vel­op­ment of di­git­al tools, telemedi­cine, and more mo­bile health­
care, which aim to make clin­ic­al tri­als more eas­ily ac­cess­ible and con­veni­ent for tri­al 
par­ti­cipants, whilst main­tain­ing the pro­tec­tion and trans­par­ent use of pa­tients’ health 
data�

Im­ple­ment the 3R prin­ciples in reg­u­lat­ory medi­cine test­ing [7], which re­late to re-­
pla­cing an­im­als with non-an­im­al meth­ods when feas­ible, min­im­ise the num­ber of      
an­im­als needed for val­id res­ults, and re­fine prac­tices to en­hance an­im­al wel­fare and  
re­duce stress. This will en­sure the op­tim­al use of an­im­als while main­tain­ing scientific 
valid­ity�

Es­tab­lish a com­pre­hens­ive ini­ti­at­ive to pro­mote col­lab­or­a­tion with­in the phar-­
ma­ceut­ic­al in­dustry for en­hanced en­vir­on­ment­al sus­tain­ab­il­ity. This should in-­
volve im­ple­ment­ing green chem­istry to re­duce en­vir­on­ment­ally haz­ard­ous by-
products, min­im­ising pack­aging waste, and op­tim­ising effeciency in trans­port and lo-­
gist­ic­al pro­cesses�

Es­tab­lish a com­pre­hens­ive frame­work to de­vel­op re­si­li­ent and in­nov­at­ive treat-­
ments for in­di­vidu­als with rare dis­eases. This frame­work should en­able agile ad­apt­-
a­tion to chan­ging cir­cum­stances, such as en­vir­on­ment­al or so­cioeco­nom­ic risks, while 
pre­serving the con­tinu­ity and in­teg­rity of planned re­search.
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