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1. THE QUESTION

Under what situations and /or conditions should the Ontario Government (i.e. taxpayers) pay
for Drugs for Rare Diseases?

 

 

 

 

 

2. PREPARING OR DELIB RATIONF E S
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3. CONSIDERATION OF DRUGS FOR RARE DISEASES

3.1 What is a Rare Disease?
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3.2 THow are Rare Diseases reated?

 

 

 

 

 

3.3 Living with a Rare Disease

3.4 Funding Drugs for Rare Diseases
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A specific model is needed for funding drugs for rare
diseases.

4. HOW THE COUNCIL DID ITS WORK

Under what situations and /or conditions should the Ontario Government (i.e. taxpayers) pay
D efor rugs for Rare Diseas s?
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4.1 Ways to About Funding Drugs for RareFour Think Diseases

 

 
 

 

4.2 Highlights from Each Approach

Approach 1: Benefit The Most People
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Approach 2: Fulfill Society�’s Responsibility To Care For The Most Vulnerable

every

Approach 3: Focus On Advancing Medical Knowledge Under Safe Conditions

Approach 4: Use Resources Where They Can Be Most Effective

5. COUNCIL VIEWS ON RELEVANT SOCIETAL VALUES AND RELATED RECOMMENDATIONS

Considerations for Funding Drugs for Rare Diseases: A Report of the Ontario Citizens�’ Council 14



 

5.1 Compassion

RECOMMENDATION 1: Drugs for rare diseases should have their own set of funding criteria.

5.2 Equity and Fairness

RECOMMENDATION 2: There must be different standards for the approval of drugs for rare
diseases.

5.3 Balance the Common Good with the Needs of Particular Individuals

RECOMMENDATION 3: The common good of the majority of the population must take into
consideration the needs of the minority of citizens suffering from rare
diseases.

5.4 Fiscal Responsibility

RECOMMENDATION 4: The competing needs for health care dollars mean that there should
be an attitude fostering prudent fiscal management for drugs for
rare diseases.

5.5 Accountability to Taxpayers
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RECOMMENDATION 5: Decisions regarding funding for rare diseases need to be transparent,
as does the rationale for them.

5.6 Advance Medical Knowledge

RECOMMENDATION 6: The medical community must document the progression of the
disease when a drug is administered to sufferers of rare diseases.
Sharing in national and international research is essential,
particularly for rare diseases.

5.7 Evidence Based Decisions

RECOMMENDATION 7: It is the responsibility of experts to evaluate the evidence for the
effectiveness of drugs for rare diseases. This evaluation must not be
determined by politics or economics.

5.8 Shared Responsibility

RECOMMENDATION 8: Beneficiaries of drugs for rare diseases, their families, caregivers and
health care professionals, share the responsibility to use the drug
properly, to monitor and to report on its effectiveness.

5.9 Importance of Quality of Life and Longevity

RECOMMENDATION 9: Quality of life and how long a person lives must underpin all
consideration of funding of drugs for rare diseases.
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5.10 Other Areas of Concern

CAPPING EXPENSES:

INCREASING AVAILABLE FUNDS:

OST SHARING:C

CRITERIA IN THE EVENT OF LIMITED SUPPLY:

RECOMMENDATION 10: The Ministry should raise awareness of its policies and procedures for
approving and adding new drugs to the Formulary and removing
those no longer found to be effective; these explanations should be
aimed not only at those suffering from rare diseases, but also directed
to the public at large.

RECOMMENDATION 11: A definition of rare diseases must be established by experts and
publicized. A national standard would be desirable.
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6. PROPOSED MODEL FOR FUNDING DRUGS FOR RARE DISEASES

achievable

7. COUNCIL RESPONSES TO THE MODEL AND EXECUTIVE OFFICER�’S QUESTIONS
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7.1 Conditions nder Which Funding Should ake Placeu T

RECOMMENDATION 12: The treatment must be monitored throughout, to assess continued
effectiveness and to add to medical knowledge. The patient must
follow the prescribed regimen.

7.2 Mandatory Data Collection and Monitoring

RECOMMENDATION 13: The patient, his or her caregivers and health professionals share the
responsibility of making the data collection possible. The patient
must agree �– in a contractual arrangement to participate in
monitoring studies.

7.3 Criteria for Starting To Fund the Drug for a Patient

RECOMMENDATION 14: Funding for an individual patient can start if the patient has been
diagnosed, is likely to benefit and agrees to abide by conditions set by
the Ministry experts, even though the process for adding an approved
critically needed drug to the Formulary may not be completed.

7.4 Criteria for Stopping the Funding For Patienta

RECOMMENDATION 15: Funding for an individual patient should be stopped if the drug is no
longer effective or if, with appropriate support, the patient does not
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comply with the contractual conditions of monitoring and of
following the prescribed regimen.

RECOMMENDATION 16: The Ministry should develop a transparent periodic and systematic
review for removing from the Formulary drugs that are no longer
found to be effective.

8. CONCLUSION

�“Under
what situations and/or conditions should the Ontario Government (i.e. taxpayers) pay
for Drugs for Rare Diseases?
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APPENDIX 1

ONTARIO CITIZENS�’ COUNCIL

1. FORMATION

Transparent Drug System
for Patients Act�”

�“The Minister shall establish a Citizens�’ Council whose duty shall be to ensure the involvement of
d e o healthpatients in the ev lopment f pharmaceutical and policy.�”

2. SELECTION PROCEDURE

3. CITIZENS�’ COUNCIL MANDATE
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APPENDIX 2

AGENDA
DRUGS FOR RARE DISEASES

Intercontinental Toronto Yorkville Hotel
220 Bloor Street, West, Toronto, Ontario M5S 1T8

January 29th, 30th and 31st, 2010

TIME ACTIVITY PRESENTER

FRIDAY, JANUARY 29TH

5:30 pm Check in Registration and Light Supper

6:30 pm Welcome / Possible Options for Councils Final Report

OPEN SESSION

7:00 pm Drugs for Rare Diseases: Why Advice is Needed

7:15 pm What are rare diseases?

 

 
 

 

 
8:00 pm Questions and Answers

8:30 pm Research Initiative

9:00 pm Adjournment

END OF OPEN SESSION FOR FRIDAY
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SATURDAY, JANUARY 30TH

8:00 am Breakfast

8:30 am Morning check in and review of agenda

OPEN SESSION

9:00 am Living with Rare Diseases: A Panel Discussion

 

 
 
 
 
 
 
 
 

9:30 am Q & As

9:45 am Developing Drugs for Rare Diseases

10:10 am Break

10:30 am Funding Drugs for Rare Diseases: Why it is such a challenge

 

 

 
 

11:30 am Q & A�’s

END OF OPEN SESSION FOR THE WEEKEND

11:45 pm Lunch
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Introduction to deliberative dialogue about drugs for rare
diseases

12:30 pm

Connecting to the issue: Personal Experiences

12:45 pm Deliberative dialogue: Four approaches

4:00 pm Identifying Common Ground and Areas of Divergence

4:30 pm How are we doing?

4:45 pm Wrap up

5:00 pm Adjourn

SUNDAY, JANUARY 31ST

8:00 am Breakfast

8:30 am Morning check in and review of agenda

8:45 am Where We�’re At: Sharing Our Common Ground

9:00 am Testing Our Common Ground

10:15 am Break

10:30 am A new model for funding drugs for rare diseases

11:15 pm The new model and our common ground: How good is the fit?

12:00 pm Lunch

12:45 pm Clar or Helenifying Council advice f

 
 

1:45 pm Preparing the Council report: How will we do this?

2:30 pm Wrap up and evaluation

3:00 pm Adjournment



 

APPENDIX 3

Living with a Rare Disease: Presenters

 

Audrey Segal

Jocelyn Gardner

Ian Macpherson
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APPENDIX 4

DIALOGUE GUIDELINES

GROUND RULES FOR DIALOGUE 

The following ground rules can help us engage in good dialogue. 

1. The purpose of dialogue is to understand and to learn from one another (you cannot “win” a 
dialogue). 

2. All dialogue participants speak for themselves, not as a representative of others’ interests. 

3. In a dialogue everyone is treated as an equal: leave status and stereotypes at the door. 

4. Be open and listen to others, especially when you disagree. Suspend judgement.  

5. Identify and test assumptions (even your own). 

6. Listen carefully and respectfully to the views of others: acknowledge that you have heard the 
other, especially when you disagree. 

7. Look for common ground. 

8. Express disagreement with ideas, not with personalities or motives (disagree without being 
disagreeable). 

9. Respect all points of view. 

DEBATE VS. DIALOGUE

DEBATE DIALOGUE

 Assumes there is one right answer (and 
you have it) 

 Attempts to prove the other side wrong 

 Objective is to win 

 Listening to find flaws 

 Defends personal assumptions 

 Criticizes others’ point of view 

 Defends one’s views against others 

 Searches for weaknesses and flaws in the 
others’ positions 

 Seeks an outcome that agrees with your 
position 

 Assumes that others have pieces of the 
answer 

 Attempts to find common understanding 

 Objective is to find common ground 

 Listening to understand 

 Explores and tests personal assumptions 

 Examines all points of view 

 Admits that others’ thinking can improve 
one’s own 

 Searches for strengths and value in the 
others’ positions 

 Seeks an outcome that creates new 
common ground 


