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� Make an inventory of and co-ordinate 
ongoing initiatives, stimulate new initiatives 
via a national organisation

� Steering committeeestablished in 
2001

� Some proposals accepted or in 
preparation, some dismissed

� Dismissed (for the time being)

� Stimulate research and development, 
create financial support, tax agreements, 
fee waivers, reimbursement policy

� Prioritise on a European level 25-50 
rare disorders & stimulate industry to 
develop medicines in these areas

The start

Recommendations of the Advisory Council on Health 
Research (RGO) in 1998
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– Appointed by the minister for Health, Welfare and Sport

– The Steering Committee on OD has the missionto:

• Encourage the development of orphan drugs & 

• Improve the situation of patients with a rare disease, especially 
strengthen the transfer of information on rare diseases

– Members (stakeholders) coming from:

Academia,  industry,
patient representatives,
reimbursement organisations,
governmental institutions.

With a permanent secretariat

Steering Committee on Orphan Drugs 2001
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Overview of RD activities in the NL

1998 Recommendations of the RGO

2000 Lobby from Patient Groups 

2001 Appointment of Steering Committee on OD

2002 Start of considerations on reimbursement of ODs

2004 First Evaluation of activities. Outcome: stakeholder from health
insurance joins, more information for doctors and pharmacists

2005 Start structured discussion about various topics with stakeholders 
(Orphan Topics). Start more focussed national activities on 
stimulating research on rare diseases and (development of) ODs

2008 Steering Committee presents future perspective to the ministry

2009 Start Orphan drug designation programme

2011  Start Rare diseases and Orphan Drugs programme
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National Plan?

There is no national plan in the Netherlands 
The Steering Committee has its own strategic plan

Activities Steering Committee focussed on:
– 2001-2004: focus on awareness

– 2005-2007: focus on and discussion with special groups, 
specialists, pharmacists, insurers

– 2008-2011: focus on transfer of tasks and (joint) 
responsibilities

– 2011- National plan 2011-?

Annual budget: € 450.000
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National Plan (2)

The Steering Committee on Orphan Drugs has the following 
mission/priorities (2008-2011):

• Encourage the development of orphan drugs

• Stimulate top level care for patients with RD within the context of better 
diagnostic tools and adequate research initiatives

• Improve the situation of patients with a rare disease, especially strengthen 
the transfer of information on rare diseases, promote reimbursement and 
availability of orphan drugs

The Steering Committee is not a governmental institution, it can coordinate, 
it has given pressure when needed, it can stimulate....
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What is the Steering Committee OD adding to 

the picture at national level?
• Information service: rare diseases and OD

• Develops and boosts ‘interfaces’/informal networks (orphan café, 
orphan topic) between scientists, industry, patient groups, etc.

• Encourages research (targeted national funding programme for rare 
diseases, establishing the position of an ‘orphan developer’ liaising 
between academic, industry and regulators)

• Fuels constantly the societal debate on topics of reimbursement and 

access of orphan drugs

• Creating awareness
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• EU collaboration (e.g. ERA-Net project E-Rare, European Rare Disease 
Therapeutic Initiative ERDITI, Europlan, other Euro pean projects)

• Contact point for EU-bodies on orphan drugs

• Member of the COMP is represented in the Steering Committee

What is the Steering Committee OD adding to the 
picture at EU level?
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Positive Lessons learnt

• Multidisciplinary group: learn from each other & lo wer the barrier to 
discuss with others (networking organisation)

• Steering Committee boosts activities and has an overview of the entire 
RD-field. 

• New rules are realized and accepted (e.g. reimbursement)

• Steering Committee is an important information point for all stakeholders

• Steering Committee is seen as a coordinator between stakeholders
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Lessons learnt, less positive

• Stickiness/bureaucracy (government)

• Shortage of power (no mandate, limited budget)

• Shortage of financial support for research  

• Terms of reference are too broad: Steering Committee has the 
responsibility of everything (for the area of rare diseases)

• Stakeholders feel less obliged to initiate own initiatives; as long as the 
steering committee exists and acts
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Lessons learnt / Looking back

Next time?:
• More granted authority from government at the start

• Be able to transfer more responsibility onto the different stakeholders 
(by the government or Steering Committee )

• More earmarked budget (e.g. for stimulating research)

Advice for other MS:
• Stimulate working together on a multidisciplinary basis

• To show (the government) that your are competent, start when you’ve gathered 
an enthusiastic group of people 

• Think ahead about the best environment for the longer term 

• Try to get moral and financial support from the government
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Future

What are the plans for the future?

• The Steering Committee is preparing a new action plan on request of the 
government (2009-2011)

• Goal is to delegate tasks to stakeholders as much as possible 

Will there be a national plan?

• A National plan can be the outcome of the results of the Steering 
Committee the coming years 

• For instance: not all stakeholders will take their responsibility and  at 
least coordination of the several actions is required (plan)
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Future (2)

Which actions will be taken?

• Ongoing discussions and meetings with stakeholders

• Boost the development of expertise centres

• Start new programmes for RD research and developing OD

• Evaluation of the willingness of the stakeholders to take up tasks and 
development of a plan for the future



EUROPLANPROJECT.EU

April 2008- April 2011



Europlan Work Package 7

The Steering Committee was responsible for WP7 
developing the recommendations and guidance-
document on how to design a set of integrated and 
comprehensive health and social policy actions for RD, 

to be developed and implemented at national level,

and characterized by well described objectives to be
achieved within a specific time frame



� Learn what happens in the different countries 
� Learn from best polices and practices
� Reach consensus about recommendations (used 
council recommendations, 8 juni 2009)
� Learn what can de used to convince others (policy 
makers and government) on what should be improved for 
people with a rare disease in the country

How to develop guidelines for NP/NS in general?



Important actions for creating a NP/NS

� Create or improve awareness in the country

� Make an inventory (major bottlenecks, possible solutions)

� Prioritise areas

� Make an group of people responsible (multidisciplinary)

� Define timeline and budget



.Role of patients /patientorganizations

EURORDIS (WP 8) 16 national conferences, 
starting this year

……
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