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Focus of the Project: Novel Drug Therapies
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FDA/CDER Novel Drug Approval Web Site 

https://www.fda.gov/drugs/new-drugs-fda-cders-new-molecular-entities-and-new-therapeutic-biological-products/novel-drug-approvals-2021#:~:text=Novel%20Drug%20Approvals%20for%202021%20%20%20,cardiovascular%20d%20...%20%2019%20more%20rows%20
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TIME

Pre-Clinical Drug Pre-Clinical IND 
Clinical 
Trials NDA FDA Approval Payer Coverage Utilization

Discovery Discovery Submitted Phase 1 Phase 2 Phase 3 Submitted Review and Launch Decisions 

Adapted from National Academies, Making Medicines Affordable, 2017

https://www.nap.edu/catalog/24946/making-medicines-affordable-a-national-imperative
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TIME

Pre-Clinical Drug Pre-Clinical IND 
Clinical 
Trials NDA FDA Approval Payer Coverage Utilization

Discovery Discovery Submitted Phase 1 Phase 2 Phase 3 Submitted Review and Launch Decisions 

Patient-focused drug 
development Payer pipeline reviews 

and horizon scans

Health technology 
assessment/value 
assessment 
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Key Concerns for Payers

• Cost of novel therapies 

• Strength of evidence supporting 
adoption of novel therapies

Key Concerns for Patients

• Access
• Prompt coverage decisions
• Minimal time-to-therapy

• Affordability 

• Communicating patient experience
• Example: patient experience as reported 

through patient-focused outcome 
endpoints, endpoints often incompletely or 
under-reported in clinical evidence

• Communicating patient community 
expertise 
• Learned experience with treatment and 

management of the disease  

What drives the need to communicate?
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An emerging need for communication

“(I)ncluding the patient voice in 
formulary decisions should be a 
key objective moving forward.”

Journal of Managed Care & Specialty Pharmacy 
January 2020 



The Challenge 

• Little systematic communication now underway from patient 
communities and health care payers, and vice versa 

• Organized engagement is evolving and will likely continue to evolve, 
(example: patient engagement with health technology assessment)

• Principles of trustworthy communication can guide this evolution 
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Patient Engagement in Research

• Reciprocal relationships

• Co-learning

• Partnerships

• Transparency, honesty, trust

PCORI Best Practices in Engaging Stakeholders

Equity and Inclusion Principles 
(March 2021) 

• Inclusion

• Equitable partnerships

• Trust and trustworthiness

• Accountability and actionability

Equity and Inclusion Guiding Engagement Principles

PCORI Principles for Engagement in Research 
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https://research-teams.pcori.org/stakeholders
https://www.pcori.org/sites/default/files/Equity-and-Inclusion-Guiding-Engagement-Principles.pdf


Europe: Innovative Medicines Initiative

Code of Conduct: Ethical Values and Principles for Patient Engagement in the Life Cycle of a Medicine 

Relevance

Fairness

Equity

Capacity-building

Respect 

Integrity

Trust

Clarity of purpose

Beneficence

Non-maleficence

Equality

Transparency

Independence

Code of Conduct for all stakeholders involved in patient engagement activities within medicines development , 

Innovative Medicines Initiative (European Union, European Patients Forum, European Federation of Pharmaceutical Industries)

https://imi-paradigm.eu/petoolbox/code-of-conduct/


Five Principles for Trustworthy Communication 
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The Five Principles in Detail

Trust, empathy and transparency
• Patient groups – adopt standards of transparency
• Payers- adopt principles of transparency in decision-making
• Patients and payers adopt best practices in patient engagement

Representativeness
• Authenticity of patient representation
• Patients represent heterogeneity and diversity of real-world patient population 

Shared focus on evidence and a commitment to collaboration
• Patients share expertise from patient-focused drug development and from the patient journey
• Patients share expertise in identifying expert, front-line clinicians
• Patients and payers share collaboration on development of Real World Evidence 

Shared focus on total costs of patient care 
• Patients share expertise on managing the physical and cost burden of disease
• Collaboration on development of Real World Evidence 
• Appropriate patient engagement with utilization management decision-making
• Patient engagement with value-based arrangements (VBAs) 

Timeliness
• Aspire to timely communication that respects payer decision-making cycles 
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Four Challenges 

• “De-mystifying” payer decision-making
• Better understanding in patient communities of the rapidly evolving landscape of 

services that support payer decision-making

• Patient engagement in decision-making
• Patient engagement in the standard decision-making processes, such as P&T 

committees and utilization management decisions

• Systematizing communication
• Finding “common points of entry” for patient groups to address larger payer 

audiences

• Timeliness
• Assuring timely patient engagement with payer decision schedules 

13



Today’s Panel 

14

Jennifer Graff, PharmD  
Academy of Managed 
Care Pharmacy 

Annie Kennedy 
EveryLife Foundation for 

Rare Diseases

Donna Messner, PhD



Survey 

• On a scale of 1-5, how applicable are our principles of communication  to 
your current work?  

• On a scale of 1-5, how applicable will these principles of communication be 
to your work over the next 3-5 years? 

• Which of the 5 principles is the most important to your goals or mission? 
• Trust, empathy, transparency
• Representativeness
• Shared focus on evidence and a commitment to collaboration 
• Timeliness
• Shared focus on total costs of patient care 
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Upcoming NEHI Briefing

Prior Authorization: Can we all be happier?

In this briefing, hosted by NEHI President and CEO Wendy Warring, we will report on the 
recommendations from our 9-month project on prior authorization. The project’s goal was 
to develop consensus for feasible reforms among members of a Steering Committee that 
included providers, payers, and representatives of employer and consumer organizations.

Most of the discussion, however, will be devoted to hearing the perspectives on these and 
other suggested reforms from five individuals who have studied prior authorization and 
worked to improve it. Our experts come from different areas of the health care system, 
and we anticipate a lively, informative, and interesting discussion with the opportunity for 
audience members to pose tough questions.
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Wednesday, Dec. 15, 1 – 2 p.m.

Register Now | nehi-us.org/events

https://us02web.zoom.us/webinar/register/WN_uUccAGNhTC62jczUrtaQpQ


Thank You 

Tom Hubbard

Vice-President of Policy Research 

NEHI 

thubbard@NEHI-US.org
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