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An Advocacy Perspective 

 Why develop drugs for Rare Disease? 
 What is the thought process of advocacy around access? 
 What is the public missing beyond the cost and headlines? 
 Why should we think about this differently? 
 Possible solutions? Next Steps? 



Why Develop Drugs for Rare Diseases? 
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Only ~ 350 Have Identified Treatments   

350 Million People Globally Are Fighting Rare Diseases 
 1 In 10 Americans Suffer From A Rare Disease, That’s ~30M People 

Most Are Chronic And Many Are Progressive 
 Approximately 50% Affect Children & 30% Die Before The Age Of 5 

About 7,000 Distinct Rare Diseases Recognized Today 



What is the thought process of advocacy 
around access? 

 



First… 
Advocacy Groups Are Not Created Equally 
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Each Rare Disease & Each Rare Disease Patient Community is Different 

Therefore, each group must take into consideration 
 Severity of Disease? 
 Current treatment landscape and what treatments are available? 
 What level of risk will they accept? 

 
All of this drives the push for access 

 

Presenter
Presentation Notes
Risk referring to both safety and efficacy issues and risk of reimbursement issues-more desperate patients will 



Advocacy’s Role Is to Facilitate Access 
From Research to Commercialization 
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Presenter
Presentation Notes
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Facilitating Clinical Trials and Drug Development 

 Reduce Risks for Investment 
 Support with Recruitment and Design 
 New Trial Outcomes and  Meaningful Endpoints 
 Providing Patient Perspective to FDA 
 “Voices of the Patient Report” 
 Patient meetings 
 PFDD meeting 
 Patient focus groups and surveys 
 Clinical trial participation/expectations/barriers 
 Meaningful benefit and Benefit/Risk 
 Impact on daily living 
 



What is the public missing? 
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Perfect Storm 

Benefit – risk assessments 

Players move in isolation – multi 
stakeholder alignment?! 

High cost pressures on 
health care systems 

New societal contract 
required? 

Patient centric models 
as an answer? 

Big Data 

Current model for healthcare and 
medicines development not sustainable Value demonstration 

Trust & transparency 

More networked and 
educated patients 

The regulator no longer final hurdle 
Tissue banking 

Presenter
Presentation Notes
New dawn of patient centric drug development but such early days- critical that we build on these initial step, critically evaluate programs  and tools and improve.

Perfect storm. Patient centricicty, role of patient groups, relationship between pharma/patients. Ballooning cost of treatments. This is not maintainable, European model – and need to realize the vaue proposition in the European model – the HT assessments demonstrate the value of a treatment. FDA, and regualtory approval is only part way towards drugs being avaiable- 
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Resources 

Limited  
Scarce Resources 

Unlimited  
wants and needs 

The economic problem is 
to match limited resources to unlimited wants and needs 



Access Is Not Price 

 Access is the most important factor to a rare disease 
patients 
 Most patients only get access to a drug once it has been 

FDA approved 
 FDA starting use the regulatory flexibility to approve 

therapies quickly, because patients are waiting for access  
 Approval doesn’t always lead to access  

 Patients face challenging reimbursement hurdles to 
gain access to approved therapies 

 



Navigating Reimbursement 

 Price is still important to patients and patient advocacy 
groups, but price transparency and a clear understanding 
on how patients will get access is critical 
 Most often it is the patient, family, and clinician that will take 

on the burden of reimbursement issues and appeals 
processes 
 Example:  Payer restrictions versus drug label restrictions 
 SPINRAZA was approved for the treatment of SMA, no type 

restrictions, yet payors imposed their own type restrictions and 
benefit timelines  
 Payers have limited disease understanding 

Presenter
Presentation Notes
Duchenne or SMA patients for example, because there is no other option, are likely willing to navigate a complicated reimbursement process for the potential to access an FDA approved drug. But patients with other treatment options may be less willing to take on difficult reimbursement landscapes because they are doing "ok" with the current treatment that they are on. The medical needs of different patient communities vary and so does their perspectives on pricing and access issues. 

Working with patients can reduce protocol amendments which can reduce development cost, working with patients can speed up recruitment which can reduce costs, working with patients to understand the disease and that a benefit could be stabilization or slowed decline or something other than substantial improvement can help set expectations for all stakeholders (fda and payers), setting up patient registries early on to capture data outside the clinic which can help provide payers with additional information about potential benefit....etc. 
 




What should we think about differently? 
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Role of Patient Led Foundations Across Drug Development  

Always 

Valuable role in developing 
tools and support to 

accelerate drug development 

Reduce uncertainty over the 
benefit-risk- value 

Presenter
Presentation Notes
Incorporate the role of patient advocacy organizations across drug development 



15 

Role of Patient Led Foundations Across Drug Development  

Patients are experts in their disease, and 
properly engaged can play a vital role in all 

stages of drug development  

Presenter
Presentation Notes
The patient perspective can be incorporated in every stage of drug development-and intentional and outcome drive interaction can strengthen development plans dramatically-therefore strengthening the argument for access post-approval
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Evidence Generation to Support Market Access 

Time 

+ 
 
 
 
 
 

 

- 
Phase I Pre-clinical Phase III 

Better Research for Better Outcomes 

De-Risking & Improving Value 
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Building Programs to Support Drug Development 

 

 Drug Development Round Table 
 Guidance for Industry on Drug 

Development 
 Biomarker Development 
 Patient Focused Drug 

Development Meeting 
 Patient Voice Publication 

 

Taking Advantage of Existing Opportunities With FDA 
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Supporting Payer Needs to Make Better Decisions 
About Coverage of Rare Disease Treatments  

 Disease impact and clinical benefit to patients needs to be 
strongly linked 
 Justify rationale for selected clinical endpoints and their relevance to 

patients 
 Long-term benefits clear 
 Demonstrate that the price is reasonable given: 
 Small patient population 
 Severity of disease 
 Level of unmet need 
 Development costs 
 Potential decrease in other costs due to better health and 

functioning 
 Less need for caregivers 
 Decrease in other medications 
 Ability to work 

Creating A Value Proposition 



Possible Solutions? 

Change the Approach 



Incorporate 
the Patient 
Perspective 
from the 
Beginning 
 
 
 
 

Start and End with the Patient in Mind 

Presenter
Presentation Notes
The idea behind patient advocacy is that if you incorporate the patient as a key stakeholder in your drug development plan very early on, you will have a shorter and cheaper development program that has more robust data-this will hopefully lead to better patient access upon FDA approval



Strengthen 
Advocacy 
with Industry 
Expertise: 
 
Increase 
Industry 
Participation 
in Research 
Consortiums 

Presenter
Presentation Notes
I think you could probably emphasize in slides 22 and 23 the importance of working with patient groups and regulators to ensure that patient experience data and PRO's are being incorporated in development programs early on so that there is more data on how a drug can change the lives of patients outside of the clinic-this impact the value proposition

You could also emphasize that it is important to encourage payers to play a role in these consortiums-they are a massively important stakeholder in healthcare and patient organizations must forge relationships with them early and interact often. 



Incorporating 
Patient 

Perspective 
in Funding 

Decisions for 
Rare Disease 
Treatments 
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 Educate payers long before drug 
approval 
 Burden of disease on patient and 

caregiver 
 What do patients hope to see in a 

treatment 
 Education on patient perspective 

needs to be done across all 
stakeholders – Pharma, 
Regulators and Payers 

Presenter
Presentation Notes
emphasize that educating payers LONG BEFORE a product hits the market on the burden of the disease on patients and caregivers, on things that are important to patients, and what they hope to see in a potential treatment is really important. Education on the patient perspective needs to be done across all stakeholders (pharma, regulators, payers) very early on. 



How do we 
Synchronize 
Expectations 
Across FDA, 
Payers and 
Industry 

FDA:  Payer Communication Task Force 
A step in the right direction? 
 



Revolutionizing Medicine. Saving Lives. 
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