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Webinar Logistics
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Quality Forum

• Send us your questions. Use the “Q&A” feature at the bottom of the screen to send speakers your 
questions throughout today’s presentation.

• Today’s forum is being recorded. A copy of the slides and recording will be shared with PQA members 
within a week.

• Give us your feedback. A quick survey will launch at the end of today’s webinar. 



  
       

 
       

       
  

         
          

Presenters 
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Jocelyn Cooper
Program Manager, Rare Disease Diversity Coalition

Black Women’s Health Imperative

Richard Schmitz
Chief Engagement Officer

PQA



  
       

 
       

        
 

         
          

Rare Disease and Medication Use
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• A disease or condition that affects fewer than 200,000 people in the 
United States

• There are more than 7,000 rare diseases

• Together they affect more than 30 million Americans

• Economic burden of rare disease reached nearly $1 trillion in 2019

• Only about 5% of rare diseases have treatments that are approved by 
the FDA



  
       

 
       

        
 

         
          

Increase in Rare Disease Medications
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Highlight the importance of quality in rare disease 
medication use

Discuss the barriers to medication access

Focus on the care that surrounds a rare disease 
medication prescription

Build a foundation for consensus on quality issues

PQA Convenes Goals

Quality Forum 
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PQA Convenes Perspectives
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Patients, Caregivers and Patient Advocates

Specialty Pharmacies and Providers

Biopharmaceutical Industry Organizations

Public and Private Payers



  
       

 
       

        
 

         
          

Key Quality Insights from the Panels
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• Care coordination is critical for organizing, managing and 
supporting a patient’s complex needs across multiple care 
providers and specialties.

• Access to patient health records enables specialty 
pharmacies to help patients navigate medication approval 
processes, coordinate care and provide needed services.

• Ongoing collection of rich data that captures the full 
patient experience is critical to establishing the quality 
and value of rare disease medications.

• Care management is the backbone of quality.



  
       

 
       

        
 

         
          

Barriers to Accessing Care
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Patients’ & Caregivers’
1. Was overwhelmed from managing 

life, care or caregiving responsibilities 

2. Felt stressed, anxious, drained or 
hopeless

3. Symptoms or physical/psychological 
limitations due to rare disease made 
it too difficult 

4. Couldn’t afford the cost of the visit

5. Doctors did not take the time to 
listen

PQA Convenes Participants
1. Was overwhelmed from managing 

life, care or caregiving responsibilities

2. Couldn’t afford the cost of the visit

3. Live in a rural area where distance to 
the health care provider is too far

4. Wasn’t able to take time off work or 
couldn’t afford to take time off

5. Couldn’t go because of access to or 
affordability of transportation, 
childcare, etc.



  
       

 
       

        
 

         
          

Download the Report
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www.pqaalliance.org/assets/docs/PQA_Convenes_Rare_Disease_Report.pdf 

http://www.pqaalliance.org/assets/docs/PQA_Convenes_Rare_Disease_Report.pdf


  
       

 
       

        
 

         
          

Thank you for your support of PQA Convenes
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PQA does not endorse, recommend or favor any organization, or its products or services



Inequities in the 
Rare Disease Community



Special Thanks to Today’s 
Host



BWHI/RDDC At a Glance

Black Women’s Health Imperative (BWHI) launched the 
Rare Disease Diversity Coalition  (RDDC ) to address the 
extraordinary challenges faced by underserved 
populations with rare diseases. 

The Coalition brings together rare disease experts, 
patients, caregivers, health care professionals, community 
advocates, and industry leaders to develop evidence-
based solutions that reduce the disproportionate burden of 
rare diseases on marginalized populations.

ABOUT RDDC
RDDCTM  Vision Statement 

To live in a world where rare disease 
care is the standard of care for all, 
ensuring that patients receive equitable 
access to diagnosis, treatment, and 
support. 

For historically marginalized persons with 
a rare disease, these challenges are 
compounded by institutionalized 
disparities that have resulted in 
underrepresentation in studies and clinical 
research trials, leading to a lack of 
understanding about effective treatments. 



Sponsor: Rare Disease Diversity Coalition (RDDC)

Team: Patient, Provider, Caregiver  Group

Partner: NORD (National Organization for Rare Disorders)

Released: August 2024 

Uncovering gaps and barriers experienced by 
medically underrepresented populations 
(patients and caregivers). 

SCOPE OF PROJECT



● Quantify the actual, and perceived, barriers and gaps faced by historically 
underrepresented rare disease patients in accessing diagnosis, clinical care, 
and treatment. 

● Identify how these gaps and barriers may be different across various 
population groups.

● Facilitate a more profound comprehension of these gaps and barriers. 
● Inform the development of recommendations to address the barriers to care 

among marginalized rare disease patients. 

SURVEY OBJECTIVES

RareDiseaseDiversity.org



● Promotion in English and Spanish
● E-mail distribution to 

RDDC/NORD/Working Group networks of 
tens of thousands

● Ethnic based advocacy groups
● Postcard promotion at exhibits at 

health conferences and grassroots 
community health fairs nationwide

● Promotion to 100,000s via multi-
stakeholder social media channels

● Paid Google ads

RECRUITMENT STRATEGIES

RareDiseaseDiversity.org



SURVEY RESULTS – SUMMARY

RareDiseaseDiversity.org



RareDiseaseDiversity.org

SURVEY RESULTS – SUMMARY



• BIPOC – Individuals that identify with at least one of the following: 
Black, Indigenous or a Person of Color. 

• Hispanic Ethnicity – Individuals that identify with Hispanic, LatinX, or Latine ethnicity

• LGBTQ+ – Responded to questions about sexual orientation and gender identity indicating
that they were at least one of: gay, lesbian, bisexual, transgender, non-binary or other self-
reported terms used to indicate LGBTQ+ status

• Federal Poverty Level – Determined based on reported income range and household size
based on 100% of the 2023 Federal Poverty Level

• Rural Residence - Determined based on reported zip code of residence and then the Rural-
Urban Continuum Codes were applied.

RareDiseaseDiversity.org

SURVEY AUDIENCES & DEFINITIONS



Goal: to collect information from a diverse sample of individuals with a rare disease and those who care for them, to
better understand the experiences of individuals living with a rare disease and investigate whether differences are
observed across populations.

SURVEY GENERAL RESULTS



SURVEY RESULTS – FINANCIAL BARRIERS

RareDiseaseDiversity.org
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SURVEY RESULTS – RARE DISEASE 
WARRIOR HIGHLIGHTS
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SURVEY RESULTS – RARE DISEASE 
WARRIOR HIGHLIGHTS



SURVEY RESULTS – CAREGIVER HIGHLIGHTS



RareDiseaseDiversity.org

SURVEY RESULTS – CAREGIVER HIGHLIGHTS



The Diagnostic Journey: Improving Access to Genetic Testing
72% of rare diseases are genetic in origin but fewer than half of respondents have received genetic 
testing and of those who did not receive testing, 85% were never offered. 

ADDITIONAL FINDINGS & OPPORTUNITIES

RareDiseaseDiversity.org



Navigating Health Insurance: Addressing Insurance Denials 
93% of all respondents had health insurance (49% Private Insurance, 35% Medicare, 16% Medicaid)
Medicare denials were reported by 11% of respondents and Medicaid denials were reported by 23% of 
respondents. The proportion of denials was higher in under-represented communities. 

ADDITIONAL FINDINGS & OPPORTUNITIES

RareDiseaseDiversity.org



• Expand Insurance Coverage: Advocate for policy changes to cover orphan drugs, genetic 
testing, and specialty medications under Medicaid and private insurance.

• Improve Provider Training: Increase cultural competency in prescribing practices and 
ensure rare disease education includes diverse patient populations.

• Strengthen Patient Assistance Programs (PAPs): Expand financial assistance and 
community-based medication distribution programs to help patients afford and access 
necessary treatments.

• Increase Diversity in Clinical Trials: Ensure drug development includes patients from 
diverse racial and socioeconomic backgrounds to improve equity in treatment outcomes.

RareDiseaseDiversity.org

MEDICATION ACCESS SOLUTIONS



  
       

 
       

        
 

         
          

Question and Answer

Please submit your questions using the Q&A feature at 
the bottom of your screen 
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PQA Announcements
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Monday, May 19, 2025
8:00 a.m.-12:00 p.m. ET 
Tampa, Fla. 

Pharmacists earn 0.4 CEU

February 2025PHARMACY QUALITY ALLIANCE 33
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2024 PQA Stakeholder Advisory Meetings
First Quarter SAM: March 12, 2025, 1-2 pm ET

34

Upcoming PQA Events

PHARMACY QUALITY ALLIANCE February 2025

• Summary of the CMS Proposed Rule (CMS-4208-P) and
  2026 Advance Notice 
• QuIRC project updates on:
 o PQA’s project to evaluate the impact of the Medicare cost cap for insulin on patient persistence
 o The second phase of PQA’s work to improve the quality of oral anticancer medication use
 o PQA’s pilot to evaluate the effectiveness of pharmacies in improving adult immunization rates 

   through value-based arrangements with payers.
• Highlights from the PQA Health Equity Technical Expert Panel (TEP) report
• Recent PQA publications focused on medication therapy management

Second Quarter SAM: June 11, 2025, 1-2 pm ET
Third Quarter SAM:  August 13, 2025, 1-2 pm ET 
Fourth Quarter SAM: October 22, 2025, 1-2 pm ET 
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