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Position Statement History

Originated from ICORD discussions 2008/09

Consultation with ICORD membership in 2009 and
2010

Confirmed by ICORD executive Nov 2010

Scheduled presentation at ICORD 2011
postponed by earthquake and Tsunami

A long gestation but the birth is now
Summary submitted for publication
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Approach

* It is not about what is happening

* It is about what is not happening and what should
happen

e It notes the countries

® Seeksto s



Objective

Aims to influence governments, WHQO, World Bank,
etc

Only about 30 of 196 countries have rare disease policies
—not all of them are comprehensive

166 countries (85%) have nothing

Provides a rationale and framework for legislation,
policies, action plans



Indirect questions

Are there rare disease policies because governments
are wealthy, sympathetic and responsive?

If so, are poorer countries going to miss out because of
resource constraints?

Outside of US, Japan , Taiwan and EU, are patient calls
restricted to pleading for sympathy?

Does success depend on benevolence alone?



The usual responses

Other priorities in health & research

Looking for broader population impacts from health
investments

Limited funds to meet all health needs

Lack of priority for small numbers

Not cost effective

We could not justify spending on rare diseases



These answers are not good
enough

Governments are sovereign and powerful
They have authority to make decisions
They have a right to set budgets and decide priorities

But they also have duties & responsibilities

There are human rights, moral factors and other
considerations
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Rights

* Universal Declaration of Human Rights
* International Cove ic, Social and

e UN Conve

* Some co ts that will
apply



&/
/
Other Factors

* Moral philosophy
* Local legislation
* Political pressure

* Societal values

cial
onclusions

* Every cou
pressures



Ethics and Moral Philosophy

They are the prime drivers of many political and
common law rights and duties

The ethical principle of justice (fairness in distribution
of benefits and burdens) is described in international
and national laws and policies as

Equity
Solidarity
reduction of disparities in health status

providing for underserved communities



Utilitarian Analysis

Avoili d “crude” wutili tari ani
greatest number
“sophi sti cat e-dappliad phildsdpliyar | ¢
social context
This will provide:

Consistency with Declaration and Covenant

Priority for serious and urgent

Attention to underserved communities

Reduction of health disparities in populations

And provision for rare disorders
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1. A significant public health issue — 8%

2. Human rights and government duties are involved

3. Rare disease research and product development
should be supported

4. A comprehensive approach to rare disease needs

should be adopted

5. Patient autonomy, consent and information needs

6. Include patient groups in policy and services



12 guidance points

1. Disparities and actions to address them

2. Human rights and actions to protect them
3. Equity in resource allocation

4. Specific counterbalancing policies

5. Health economics must include equity

6. Wider benefits from rare disease research



12 guidance points (continued)

7. Gain in clinical care and prevention from research
towards therapy

8. Encourage public good contributions from industry
9. Include patient groups at all levels

10. Develop and support patient groups

11. Review risk benefit criteria

12. Address issues for developing nations
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Guidance points

* Each is a simple statement to indicate areas needing
action

* Each action point c er or book chapter

to elaborate o




A complementary approach

Patient, families and support groups work from the
ground up in their countries to improve policy and
services.

The ICORD position statement aims to influence laws
and policies from the top down — guidance to
politicians and health systems.
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Publication

e Summary version submitted to Acta Paediatrica

* Full version to be p e ICORD website
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Promotion

* [CORD will seek engagement with the World Health
Organisation, other agenc1es and governments to
encourage the adopti claration.

® The name?



" The Yu kiwarim




* Yukiwariso is the Japanese name for Hepatica, a
perennial in the buttercup family. Breaks through the
snow. A rare beau
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