FUROPLAN

European Project for Rare Diseases National Plans Development Co-funded by the

Coordinated by the Italian National Centre for Rare Diseases
Italian National Institute of Health

2012-2015

mimi

Selecting indicators to evaluate the
achievements of RD initiatives

Manuel Posada, Maria José Carroquino and Manuel Hens
on behalh the Working Group of Indicators

Institute of Rare Diseases Research, Instituto de Salud Carlos il
Madrid, Spain

INCEPTION WORKSHOP ON NATIONAL PLANNING FOR RARE DISEASES
10-11 September 2012, Rome, Italy

B | s e | p o



COMMISSION OF THE EUROPEAN COMMUNITIES

i T b
I s B

o

Brussels, 11.11.2008
COM(2008) 679 final

COMMUNICATION FROM THE COMNMISSION TO THE EUROPEAN
PARLIAMENT, THE COUNCIL, THE EUROPEAN ECONONMIC AND SOCIAL
COMMITTEE AND THE COMMITTEE OF THE REGIONS

on Rare Diseases: Europe's challenges

{SEC(2008)2713}
{SEC(2008)2712}

E U RO PLAN INCEPTION WORKSHOP ON NATIONAL PLANNING FOR RARE DISEASES
pein P o are D aionl Plrs Dl 10-11 September 2012, Rome, Italy www_europ'anproject.eu
20122005 i A PSR WP G, I




3.7.2009 EN | Official Journal of the European Union C 151)7

COUNCIL RECOMMENDATION
of 8 June 2009
on an action in the field of rare diseases

(2009/C 151/02)

THE COUNCIL OF THE EUROPEAN UNION, (4 Regulation (EC) No 141/2000 of the European
Parliament and of the Council of 16 December 1999

on orphan medicinal products () provides that a

Having regard to the Treaty establishing the European medicinal product shall be designated as an ‘orphan
Community, and in partjcular the second subparagraph of medicinal product’ when intended for the diagnosis,
Article 152(4) thereof, prevention or treatment of a life-threatening or

chronically debilitating condition affecting not more
than 5 in 10 000 persons in the Community when the

Having regard to the proposal from the Commission, application is made.
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Home THE PROJECT PARTNERS EVENTS EU NATIONAL PLANS ACTIVITIES IN MS DOCUMENTS MEMBERS AREA CONTACT

THE PROJECT Home - The Project- EUROPLAN 2008-2011
» EUROPLAN 2012-2015 STRUCTURE OF EUROPLAN 2008 - 2011
» EUROPLAN 2008-2011
Specific objectives WP1-WP3 deal with the management of the project and the dissemination and
Structure of the project evaluation of the results.
Work packages overview VWP4-WP8 are the core WPs.
Results
» EUROPLAN background WP4 collects of information on the initiatives undertaken by EU MSs on rare diseases. A

dedicated survey is aimed at gathering examples of different MSs experiences and
lessons learned alloving the sharing of information among Member States.

WP5 develops indicators for monitoring the implementation and for evaluating the
impact of National Plans or Strategies for rare diseases.

VWP6 analyses case studies to identify relevant experiences.

WP7 develops the content of the EUROPLAN recommendations inc
methodological guidance to design comprehensive and integrated strategies for gui
and structuring all relevant actions in the field of rare diseases.

WP8 deals writh the organisation of National Conferences where national stakeholders
are convened to discuss the EUROPLAN Recommendations Document within the
specific national context.
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THE PROJECT Home - The Project- EUROPLAN 2008-2011

» EUROPLAN 2012-2015 STRUCTURE OF EUROPLAN 2008 - 2011
» EUROPLAN 2008-2011

Specific objectives
Structure of the project

Work packages overview VWP4-V/P8 are the core WPs

WPS: Selecting indicators to evaluate
the achievements of RD initiatives

WP alldly5ES LasE SLUUTES LU TUSTILITY TEIEVAITL SAPETISTILES.

WP1-WP3 deal with the management of the project and the dissemination and
evaluation of the results.

WP7 develops the content of the EUROPLAN recommendations including a
methodological guidance to desian comprehensive and integrated strategies for guiding
and structuring all relevant actions in the field of rare diseases.

WP8 deals vrith the organisation of National Conferences vihere national stakeholders
are convened to discuss the EUROPLAN Recommendations Document within the
specific national context.
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WP5 Scope and purpose

To develop a list of indicators for
evaluating RD activities following those
areas of action previously identified
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EURO rr
PLAN WPS - Selecting indicators to evaluate the

achievements of RD initiatives

WP will elaborate indicators for monitoring the implementation and
evaluating the impact of national plans for rare diseases.

The activities required to identify indicators will include:

comprehensive literature review on rare diseases indicators,
- discussion with experts including the engagement of the RDTF

- a workshop will be held with internationally renowned experts. Partners
will participate to the workshop and will contribute providing the national

perspective on the feasibility of the data collection.
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METHODS

e Panel of experts: 27 members (Associated & Collaborating partners)
e Consensus-seeking strategy

e Elaboration of an indicators set, its definition and calculation

e Refining method during several rounds

e Indicators properties: defined and cathegorized

e Qualitative analysis of such properties
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Conference on "National Strategies
and Plans for Rare Diseases in Europe

FINAL INDICATORS SET

State of the art and sharing experiences:
toward EU Recommendations”

4L

Paris, 18 Movember 2008

Alignment with WPT document
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February 2009
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RESULTS

e 59 indicators’ set

European Project for Rare Diseases National Plans Development

e 7 areas (Council Recommendation)

European Project for Rare Diseases Natiomal Plans
Development (EUROPLAN)

]
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EUROPLAN Recommendations
reflect the EU Council Recommendation
structure:

AREA 1. plans and strategies in the field of rare diseases
AREA 2. adequate definition, codification and inventorying
AREA 3. research on rare diseases

AREA 4. centres of expertise and European reference networks for rare
diseases

AREA 5. gathering the expertise on rare diseases at European level
AREA 6. empowerment of patient organizations
AREA 7. sustainability
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Area 7 Area 1

Sustainability Plans and strategies in the field of RD

Area 6

Empowerment
of patients
organisations

Area 2

Adequate definition,
codification and
inventorying of RD

Area 3

Research on RD

Area 5 Area 4
Gathering the expertise on Centres of Expertise and European
RD at European level Reference Netwaorks for RD
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Indicators categorization

According to 3 criteria:
- Intrinsic properties

- Resources demand

- Decision making
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Qualitative evaluation
16 properties

Understandability Sustainability
Reliability Implementability
Validity Workload demand
Consistency Timeliness
Sensitivity Applicability
Specificity Coherence
Feasibility Comprehensiveness
Availability Relevance.
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CONCLUSIONS

This is the first experience in building an indicators’ set
for evaluating National and Regional Plans and
Strategies on Rare Diseases.

EUROPLAN indicators’ set could be an useful tool for
monitoring National and Regional actions on Rare
Diseases.
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The project  Partners  EU National Plans  RD in Europe = Documents  Events  News — Contact

EUROPLAN (2008-2011, 2012-2015)

is project co-funded by the EU Commission (DG-
SANCO) to promote and implement MNational Plans or
Strategies to tackle rare diseases, to share relevant
experiences within Countries, linking national efforts
with a common strategy at European level. This
“double-level” approach ensures that progress is
globally coherent and follows common orientations
throughout Europe. [read more]

EUROPLAN 2012-2015

a three year project, embedded in the ELUCERD |oint
Action as Work Package 4, it is coordinated by the
ltalian Mational Institute of Health - Kalian Mational
Centre for Rare Diseases. [read more]

Download the Europlan flver»

Click on the flag to see the actions of the country to tackle rare diseases

E U RO PLAN INCEPTION WORKSHOP ON NATIONAL PLANNING FOR RARE DISEASES
Eﬂ)p!ﬂﬂpﬂj?ﬂ[ﬂ RareDsea!esNauana!P\am Development 10-11 September 2012' Romel Italy WWW-eu roplanprOject.eu

i A PSR WP G, I




Eurapean Project for Rare Diseases National Plans Development -
Coordinated by the [talian National Centre far Rare Diseases.
Iralian Navional Instituee of Health
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HOME THE PROJECT PARTNERS EVENTS NATIONAL PLANS ACTIVITIES IN MS DOCUMENTS

Considering Rare Diseases as a whole
public health issue helps highlighting and recognizing a series of healthcare problems and

planning tailored pubblic health actions

— __EUROPLAN
lBSHHOP

INCEPTION WORKSHOP

ON NATIONAL PLANNING
__ FOR RARE DISEASES

,_; - i
* * *ROME

10-11 September 2012

EUROPLAN 2012-2015

a three-year project, embedded in the
EUCERD Joint Action as Work Package 4, it
is coordinated by the Italian Mational
Institute of Health - Italian National Centre
for Rare Diseases.

Its main goal is to establish an international
and interactive network of stakeholders
(mainly policy makers) to speed up the
elaboration and the implementation of Rare
Diseases Mational Plans/Strategies, trough
scientific and technical assistance,
Workshops and the active participation of
patients Groups (EURORDIS and Mational
Alliances). [read more]

MEMBERS AREA CONTACT

News

EUROPLAN 2012 - 2015
INCEPTION WORKSHOP ON
NATIONAL PLANNING FOR RARE
DISEASES

10-11 September 2012

155 - Rome, Italy

read more

RARE DISEASE AND ORPHAN DRUG
REGISTRIES

International Workshop

8-9 October 2!

I55 - Rome, Ital

Site - Call for agstracts

Abstract submission form

3
Download the EUROPLAN flyer

THE PROJECT PARTNERS

» EUROPLAN 2012-2015

EVENTS National Plans EUCERD
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» National

Joint Actian

Plans

Thank you
very much
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