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THINK ABOUT THESE

QUESTIONS

How would I use a State of the Art of Rare 
Diseases to advocate in my country?

How could I collect and verify this type of 
information in my country?



WHAT IS THE STATE OF THE 

ART?

‘State of the art of RD activities in Europe’ report

Well-established resource providing valuable, detailed 
information for all stakeholders in the field of RD and 
orphan medicinal product

‘‘Go to’ source of information on RD activities in 
Europe

It useful to benchmark RD policy throughout EU

Building block towards an international standard



BACKGROUND TO SOA REPORT

– Conceived in 2011

– Originally funded under EUCERD 
Joint Action

– 3 editions (2012, 2013, 2014), each 
one 5 volumes (around 500 pages)

• Plus individual country reports

– Around 15’000 downloads (all 
volumes combined) annually

– Content based largely on 
OrphaNews articles and 
developments. 

– In 2016, the SoA migrated to RD-
ACTION and managed by UNEW





COUNTRY DATA - METHODOLOGY

• To be more inclusive, set-up Data-
Contributing Committees 

– MS representative of EU 
Commission Expert Group on RD

– Orphanet Rep

– National Alliance Patient Rep

• Link sent to DCC to fill out online 
survey (twice a year)

• Multi-Person Survey electronic tool

• Ultimate responsibility of MS rep in 
EU CEGRD

• Question bank based on EU CERD 
Recommendations on core indicators 
of NPRD + UNEW RD-ACTION team + 
EU DG Health, DG Research, DG 
Employment & Social Affairs



WHAT IT LOOKS LIKE



WHAT IT LOOKS LIKE



ADDED VALUE OF THE SOA NATIONAL 

INFORMATION

• Provides clear, accurate perspective of the realities (strengths
and challenges) in all EU MS

• Ability to make comparisons between countries over time

• Enables statistical analysis on trends (e.g. around national
registries, coding, evaluation of NP/NS etc,)

• Cross-country analysis and short SoA ‘snapshots’ by topic
(e.g. Status Quo of NPRD in Europe; Newborn Screening;
Centres of Expertise; Registries)

• Helps assess the extent to which Recommendations are being
implemented on the ground (and propose new activities)

• Greater transparency and closer relationships between
stakeholder groups via the DCCs



BEYOND EU 28

PROPOSAL: 

• RDI might take an active role to develop the 
SoA in other countries around the world 
beyond EU. 

• The approach would be step wise and very 
pragmatic.
We would start it in few countries where there 
is a strong willingness and someone ready to do 
the work, using similar methodology as in EU.

• Newcastle University could provide the survey 
tool and establish timelines

• RDI could compile the report and summary

• Still ascertaining exactly where to show the 
information – RD-ACTION site ideally

• Will involve setting-up a DCC in participating 
countries



HOW COULD WE EXTEND IT

BEYOND EU?

Need a DCC:

 National Alliance of RD Patients

 Orphanet / RD database

 National Competent Authority

 MoH – RD focal point/ contact

 Research agency – IRDiRC

 National Pharmaceutical Association

 Other?
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