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Executive Summary: A Collaborative 
Approach to Aligning Value and Innovation /

Advances in pharmaceutical treatments have trans-
formed care for many diseases.  At the same time, 
rising costs are leading to calls for greater value in 
healthcare and the generation of evidence to inform 
the decisions of purchasers, clinicians, and patients.  
This has brought to light the tension between pur-
suing value and supporting continued investments 
in new products that address the unmet needs of 
patients.  Resolving this tension represents a central 
challenge for policymakers.  While it is not a new is-
sue, mitigating this tension is important to consider 
in light of several key forces reshaping our healthcare 
system:

•   Growing margin pressures for government and   
     insurers to offer affordable coverage; 

•   Increasing consolidation of healthcare payment   
     and delivery and efforts to eliminate inefficiencies; 

•   Expanding government and private-sector
     investment in clinical research and data 
     infrastructure intended to support research and   
     decision-making; and

•   Developing recognition of the need to engage   
     patients in all aspects of research – from 
     generation to translation.

Increasingly, payers and policymakers are calling for 
new approaches to support value-based decision-
making.  However, the issue of how to drive value 
in ways that align with innovation in life sciences 
(and, equally important, with the value perspectives 
of patients and providers) has received little atten-
tion.  Despite the growing pressure to demonstrate 
value in healthcare, relevant stakeholders frequently 
cannot reach consensus on what constitutes “value” 
and how to support it.  These challenges can be 
particularly acute in relation to biomedical innova-
tion, for which understanding of clinical and eco-
nomic value evolves over time and varies among and 
between different stakeholders.1 This tension is likely 
to intensify in coming years as a growing number of 
targeted therapies emerge from the field of personal-

ized medicine.2 The role of the government in driving 
value in healthcare also remains in flux, as illustrated 
by language in the Patient Protection and Affordable 
Care Act (ACA) prohibiting the Centers for Medicare 
& Medicaid Services (CMS) from applying cost-effec-
tiveness thresholds to Medicare decision-making.3

In recent years, the demand for evidence has grown, 
particularly in the post-market environment.  At the 
federal level, policymakers have been more and 
more interested in how to generate evidence on the 
relative risks and benefits of alternative clinical or 
healthcare interventions, known as comparative ef-
fectiveness research (CER) to guide the decisions of 
patients and clinicians.  The creation of the Patient-
Centered Outcomes Research Institute (PCORI) by 
the ACA reflects this interest and will spur continued 
focus on CER in the years ahead.  Finally, emerg-
ing provider-level incentives such as performance 
bonuses and those embedded into accountable care 
organizations (ACOs) will further catalyze demand 
for evidence that demonstrates added clinical value 
of novel treatments.  For the life sciences indus-
try, these developments create new imperatives to 
ensure that policy proposals for value-based care 
are aligned with the dynamics of and incentives for 
innovation and that research investments adequately 
capture new definitions of value and anticipate how 
evolving provider and health plan performance met-
rics may influence product uptake and use.

Over the past decade, the pharmaceutical industry 
has sought to recalibrate development and com-
mercialization approaches and processes for new 
products.  These efforts have included greater and 
earlier engagement with public and private payers; 
investments in CER to better produce credible, rel-
evant, and timely research; and reinforcing its role as 
a trustworthy and full partner to patients, clinicians, 
payers, and government in the pursuit of quality im-
provement and value.4  At the same time, the sector 
has resisted calls for greater centralization of author-
ity to define product value, arguing that experience 
in other countries illustrates the potential negative 
impact that centralized value thresholds can have on 
product developers and patients alike.5

1 Kean M, Lessor T (Eds.). Sustaining Progress Against Cancer in an Era of Cost-Containment. Discussion Paper, Cambridge, MA: Feinstein Kean Healthcare; June 2012. Accessed at: http://www.turningthetideagainstcancer. 
org/sustaining-progress-discussion-paper.pdf 
2 Faulkner E, et al. Challenges in the Development and Reimbursement of Personalized Medicine:  Payer and Manufacturer Perspectives and Implications for Health Outcomes and Economics Research. ISPOR Personalized  
Medicine Special Interest Group. Draft Manuscript.  Accessed at: http://www.ispor.org/sigs/PM/Personalized-Medicine-Development-and-Reimbursement.asp
3 Patient Protection and Affordable Care Act, Public Law 111 - 148, 124 Stat. 741 (2010). Accessed at: http://www.gpo.gov/fdsys/pkg/PLAW-111publ148/html/PLAW-111publ148.htm 
4 Spindle, Lindsey. Avalere Explores Impact of Comparative Effectiveness Research on Healthcare Innovation. November 17, 2009. Accessed at: http://www.avalerehealth.net/wm/show.php?c=&id=835.
5 Cohen, J, Stolk, E, Niezen, Maartje. “The Increasingly Complex Fourth Hurdle for Pharmaceuticals.” Pharmacoeconomics. 2007; 25(9) 727-734.
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In the growing debate over value-based healthcare, it is critically important to understand the interplay of pay-
er policy, patient engagement, incentives for innovation, and the processes that drive scientific and clinical 
progress.  Yet the interaction of these dynamics is not well understood, and key questions about how to align 
demands for value with the process of, and incentives for, continued pharmaceutical innovation remain unad-
dressed.  Given this tension, Avalere convened a dynamic group of senior healthcare leaders6 in a Dialogue 
series over two days in July and October of 2012 to: 

1.  Advance a common understanding of the dynamics facing pharmaceutical innovation in light of an 
     advancing value-based healthcare system, including the role of government, the private sector, patients,  
     and clinicians; 

2.  Establish a mutually agreed upon ideal future state for how the pursuit of investments in new medicines  
     can continue in light of the cost pressures facing payers, employers, and patients; and

3.  Identify a core set of solutions—policies and research—that have broad buy-in across stakeholders and  
     will support greater collaboration and advocacy in future years.

Leaders representing patients, product developers, providers, payers, and the research community identified 
key domains in which stakeholders can work together to attain a vision for a healthcare system that rewards 
innovation and delivers effective, efficient, and equitable care to patients.  Attendees worked together to 
prioritize several solutions within each domain, based on whether the solutions embodied eight key principles 
that attendees viewed as important and the estimated timing and magnitude of impact on innovation.

Table 1: Four Domains and Consensus Solutions to Drive toward an Ideal State

6 The Appendix includes a full listing of attendees of both of these events.

Allows for access to the full 
array of data sources and 
generates answers to ques-
tions about treatments on a 
real-time basis

Invest in standardized data

Create a reciprocal data 
access network

Develop unique patient 
identifiers

Enable new platforms for 
multi-stakeholder evidence 
need discussions

Create tools for evaluating 
evidence frameworks

Integrate patient perspec-
tives in the research process

Develop and disseminate 
best practices in evidence 
communication

Establish guidelines for in-
corporating new Information

Involve patients in transla-
tion and dissemination

Advance methods for 
communicating uncertainty 
about benefits and risks 

Develop a safe harbor for 
multi-stakeholder scientific 

Enhance pathways for 
innovation in novel provider 
payment models

Ensure transparency of in-
centives in clinical pathways

Reflect stakeholder con-
sensus on what constitutes 
high-quality evidence and 
provide greater transpar-
ency and predictability for 
researchers

Ensures that all actors 
judging the value of new 
technologies receive infor-
mation based on high-quality 
and timely evidence

Facilitates incentives that are 
responsive to the evolving 
evidence base for treatments 
and standards of care

GOAL

SOLUTIONS

DATA INFRASTRUCTURE FRAMEWORKS FOR
EVALUATING EVIDENCE

EVIDENCE 
COMMUNICATION

COVERAGE AND 
PAYMENT



5

During the Dialogue Series, several important themes emerged:

•   Partnership and collaboration are critical across all domains and necessary to ensure all participant  
     needs are addressed when implementing solutions. 

•   Regarding data infrastructure, solutions that align evidence and innovation must be built on a foundation  
     of robust data networks for continuous learning. Yet considerable challenges exist to make this vision a  
     reality, which will require a long-term investment.

•   It is important to improve frameworks for evaluating evidence by developing better tools and procedures  
     for transparent, predictable, and appropriate evaluation of evidence by healthcare decision-makers.  Yet  
     given the plurality of perspectives and decision-makers and the dynamic nature of innovation, evaluation  
     frameworks must be flexible, accommodate uncertainty, and reflect an understanding that value evolves  
     over time and varies among stakeholders.

•   Communication is a cross-cutting domain that will shape how innovation is valued.  Timely communication 
     of relevant, accurate information to patients and providers represents an essential element of aligning  
     evidence demands with innovation.  Solutions must be developed to ensure communication is appropriately  
     balanced with the most up-to-date and relevant content that meets the needs of a diverse group of 
     stakeholders, including patients, payers, and policymakers. 

•   Regarding coverage and payment, actors have faced challenges in creating centralized coverage policies  
     to nimbly accommodate and manage the diffusion of new technologies.  With the shift of financial risk  
     away from traditional insurers to other types of entities, such as ACOs, new payment models must be  
     transparent and flexible enough to maintain clinicians’ and patients’ ability to choose treatment options for  
     individual needs. 

This paper describes the current landscape for pharmaceutical innovation and memorializes the output of our 
Dialogue series.  While this paper does not seek to present comprehensive solutions to the complex chal-
lenges in this area, this document provides a foundation for consensus-based solutions that can be applied 
to support innovation in the healthcare environment.  We hope that the ideas and discussion described within 
this paper provide guidance for individual stakeholder organizations and policymakers on how to align their 
efforts to ensure future investments in new technologies will be recognized, valued, and rewarded in the U.S. 
healthcare system.
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Background /

A Multi-Sector Perspective on the Changing Innovation Paradigm in the U.S./

Over the past decade, the research and development process in the pharmaceutical industry has undergone 
significant changes.  This altered landscape is the result of a variety of factors, including increasingly complex 
scientific advances and a more challenging reimbursement environment.  To provide patients access to new 
products that satisfy their unmet medical needs, securing U.S. Food and Drug Administration (FDA) approval 
remains an essential step in the drug innovation lifecycle.  The number of new molecular entities and biologi-
cal license applications approved by FDA is one of the first statistics examined in evaluations of the robust-
ness of pharmaceutical research and development.7,8

Changes in the post-market payer policy and research environment are creating new incentives for innovation 
and changing the mix of products coming through the approval process.  For example, payers are increas-
ingly turning to decision-support tools to encourage cost-efficient, evidence-based care that promotes high 
quality and patient safety, and providers are increasingly being held accountable for considering value in their 
decision-making.  The push toward a value-based healthcare system has also resulted in the centrality and 
prominence of clinical guidelines and the underlying evidence base that supports them.  

While some have called for greater integration of the requirements for FDA approval and reimbursement,9  
pre- and post-approval requirements remain largely separate.  As a result of growing post-market evidence 
demands, product developers are increasingly considering the pathway to market access within the drug 
development process. 

As captured below in Figure 1, these changes emphasize the life cycle of innovation beyond initial FDA ap-
proval and require demonstration of value to payers after launch.

In response to these changes, pharmaceutical companies are taking steps to promote better coordination 
between research and development, and commercial functions.10  Their efforts have included piloting new 
distribution, contracting, and pricing models.  Central to their actions is a focus on using real-world evidence 
and CER to support the value proposition of their products and serve as the basis of quality improvement 
programs promoting adherence to these therapies.  

7 WM Wardell. “The measurement of pharmaceutical innovation” J Clin Pharmacol. 1980; 20(1) 1-9.
8 G Laubach GD. “Federal Regulation and Pharmaceutical Innovation.” Proceedings of the Academy of Political Science 1980;33(4): 60–80.
9 Weisman, Harlan. “Innovation and Comparative Effectiveness.” 20 December 2008.
10 Economist Intelligence Unit. “Reinventing biopharma: Strategies for an evolving marketplace.” The Economist. June 2011. Accessed at: http://www.npsma.org/assets/documents/Reinventing_Pharma_Economist_Report.pdf.

FDA APPROVAL PROVIDER
PRESCRIPTION

COVERAGE &
REIMBURSMENT

IDENTIFICATION OF
NEEDS

PRODUCT 
DEVELOPMENT

POST-MARKET SAFETY &
PRODUCT COMMERCIALIZATION

TREATMENT OF PATIENT’S 
UNMET MEDICAL NEEDS

INITIAL 
DEVELOPMENT

MARKET ENTRY PATIENT ACCESS

Figure 1: Pharmaceutical Innovation Paradigm Continues Beyond FDA Approval
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Today, the post-market environment can be best understood by examining the new sources of data and the 
new users of this data.

New Generators and Data Sources

For several years, the private sector has been accelerating the development of new data resources and 
supporting health information technology infrastructure.  These new sources include research data sets and 
repositories, aggregates of existing data sources, and tools to query and analyze existing data sets.11 Health 
plans and other stakeholders with an interest in cutting healthcare costs and improving quality have invested 
in data, with an initial objective of informing coverage policies and aiding in attempts to reduce spending—as 
seen with Medco’s observational CER study analyzing the antiplatelet agents Plavix® (clopidogrel) and Ef-
fient® (prasugrel).12

However, the data investments made by these organizations have also presented the opportunity for lever-
aging their data assets to support secondary business lines or objectives.  WellPoint’s HealthCore subsid-
iary, for instance, conducts observational studies based on the insurer’s claims data to drive safety, health 
outcomes, and CER.13 Premier Healthcare Alliance utilizes member-provided data to manage hospital costs 
and improve quality through benchmarking and collaborative engagements based on measurement and CER 

11 U.S. Department of Health and Human Services. Report to the President and the Congress. FCC Report, June 2009. Federal Coordinating Council for Comparative Effectiveness Research. Accessed at: 
http://www.hhs.gov/recovery/programs/cer/cerannualrpt.pdf.
12 “Medco Research InstituteTM and Leading French Researchers Launch Study Comparing Effient® and Double Dose of Plavix® in Heart Patients Receiving Prevacid®.” Medco Press Release. 27 July 2010. 
Accessed at: http://phx.corporate-ir.net/phoenix.zhtml?c=69641&p=irol-MedcoPressArticle&ID=1452240&highlight=. 
13 HealthCore Website. Accessed at: www.healthcore.com.

Figure 2: CER Stakeholder Map

A Paradigm Shift in Post-Market Evidence Demands/

Growing demands for evidence of clinical difference, real-world comparative effectiveness, and economic 
outcomes undergird many of the changes taking place in the U.S. health system related to value-based 
decision-making.  Figure 2 displays a range of stakeholders creating and using evidence, particularly CER.  
Beyond product developers, certain stakeholder groups, such as academic centers and private technology 
assessment organizations, are traditionally the generators of research while others, such as payers, are usu-
ally the users.  However, as we describe in this section, these lines are no longer distinct.  

PCORI

ACADEMIC CENTERS

PRIVATE PAYERS

HEALTH IT PROVIDERS

MEASURE DEVELOPERS

PROFESSIONAL SOCIETIES

PRIVATE ORGS

FEDERAL AGENCIES

STATE/REGIONAL INITIATIVES

INTEGRATED DELIVERY SYSTEMS

FDA

PROVIDERS

PATIENTS PRODUCT 
DEVELOPERS
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14 The ACC CathPCI registry is being used along with the Society of Thoracic Surgeons (STS) Adult Cardiac Surgery Database to inform an NIH-funded CER study comparing percutaneous coronary intervention (PCI)  
and coronary artery bypass graft (CABG) surgery for coronary revascularization. Source: CathPCI Registry. National Cardiovascular Disease Registry. American College of Cardiology. Accessed at: https://www.ncdr.com/
webncdr/cathpci/.  Kaiser Permanente recently completed full electronic medical record implementation in its hospitals, a feat that it hopes will allow KP to embark on many CER projects.  Source: Kahn, Randy. Kaiser 
Permanente Completes Electronic Health Record Implementation. Kaiser Permanente, March 2010. Accessed at: http://xnet.kp.org/newscenter/pressreleases/nat/2010/030310ehrcomplete.html. 
15 Patient-Centered Outcomes Research Institute. National Workshop to Advance Use of Electronic Data. July 2-3, 2012, Palo Alto, CA. More information at: http://www.pcori.org/meetings-events/event/national-workshop-
to-advance-use-of-electronic-data/.
16 Gregory Twachtman. “Comparative Evidence Needs Earlier Consideration In Drug Development Process – Novartis Exec.” The Pink Sheet, December 12, 2011.
17 Gregory Twachtman. “Develop CER Strategies, Or Be Left Behind, GSK Exec Says.” The Pink Sheet, April 9, 2012.
18 WellPoint (2012). Delaware To Participate In Real-World Evidence Collaboration With Astrazeneca And Healthcore [Press Release]. Accessed at: http://ir.wellpoint.com/phoenix.zhtml?c=130104&p=irol-newsArticle&ID=1664597&highlight.

activities.  The American College of Cardiology (ACC) 
maintains a National Cardiovascular Data Registry 
provide the basis for the organization’s work in qual-
ity improvement and performance measure develop-
ment.  Finally, although the ACC CathPCI Registry 
and Kaiser Permanente’s HealthConnect electronic 
medical record were not originally devised with the 
intent of supporting or conducting CER, their capa-
bility to do so is promising for future evidence devel-
opment.14 

PCORI is also contributing to ongoing efforts to create 
a national data infrastructure to support research.  In 
the process, their members have been debating issues 
such as governance, data standards and interoper-
ability, architecture and data exchange, privacy and 
ethical issues, methodological best practices, and 
incorporation of patient-reported outcomes into health-
care data.15 Given the abundance of existing initiatives, 
PCORI and other stakeholders will need to continue to 
leverage knowledge from experts in the field.

At the same time, payers and others have continued 
to support and invest in public platforms and third-
party organizations, such as the Cochrane Collabo-
ration, ECRI Institute, Blue Cross Blue Shield (BCBS) 
Association’s Technology Evaluation Center (TEC), 
and Hayes, Inc., to help review evidence and inform 
their assessment of new technologies.  The Insti-
tute for Clinical Effectiveness and Research’s New 
England Comparative Effectiveness Public Advisory 
Council (CEPAC) is an example of a platform that 
synthesizes evidence reviews performed by the 

federal Agency for Healthcare Research and Qual-
ity (AHRQ).  CEPAC then incorporates information 
on comparative value based on cost-effectiveness 
analyses to produce actionable information to aid 
regional policymakers in the medical policy decision-
making process.  

Increasingly, industry has been responding to this 
evolving landscape in two ways.  First, companies 
such as GlaxoSmithKline, Pfizer, and Novartis have 
recently made public statements regarding programs 
for the conduct and support of CER as an integral 
part of their drug development and commercializa-
tion processes.16, 17 Second, some organizations are 
seeking ways to collaborate with payers and other 
stakeholders to aid in the development of real-world 
comparative data.  In early 2012, Delaware became 
the first state to participate in the Real-World Evi-
dence Collaborative with AstraZeneca and Well-
Point’s HealthCore.18

New Users and New Uses

A range of users and uses of evidence, and in partic-
ular CER, has emerged in recent years.  This type of 
effectiveness data informs a range of uses from advi-
sory support functions, such as consensus-building 
accomplished via research funded by the National 
Institutes of Health (NIH) and the U.S. Preventive 
Services Task Force, to binding coverage decisions 
such as those put forth by payers (Figure 3).  Below 
we describe several of the major categories of users 
and their motivations.  
 

Figure 3. Translating Evidence into Action

SCIENTIFIC RESEARCH
& CONSENSUS BUILDING

CLINICAL PRACTICE
GUIDELINES

PERFORMANCE MEASURES

ADVISORY BINDING DECISIONS

APPROVAL, COVERAGE/
REIMBURSEMENT
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19 Gesme, Dean H. et al. “Strategic Use of Clinical Pathways.” J Oncol Pract. 2011 January; 7(1): 54–56.
20 Patient Centered Outcomes Research Institute. “About Us.” Accessed at: http://www.pcori.org/about-us/.
21 O’Kane M, Corrigan J, Foote SM, Tunis SR, Isham GJ, Nichols LM, Fisher ES, Ebeler JC, Block JA, Bradlet BE, Cassel CK, Ness DL, Tooker J. “Crossroads in Quality.” Health Affairs. May 2008.
22  Aronson N, Ernst A, Galvan R, Visco F.  Implementing Comparative Effectiveness Research:
The Value Proposition for Patients, Physicians, and the Health Care System.  July 25, 2007. Health Industry Forum. Accessed at: http://healthforum.brandeis.edu/meetings/materials/2007-25-July/HIF%20Executive%20Sum-
mary%20Implementing%20CompEffectResearch7-25-07.pdf.
23 EBM Insights, Avalere Health: “Geisinger Health and Merck Team Up to Improve Medication Adherence” (June 25, 2012); “Large Payers Developing Clinical Pathways to Incentivize Adherence to Standards of Care” (April 
9, 2012); “CVS Caremark Publishes State-By-State Medication Adherence Report” (April 2, 2012); “Aetna Announces New Value-Based Program to Improve Medication Adherence” (November 21, 2011); “Health Affairs 
Highlights BCBSMA’s Alternative Quality Contract” (January 24, 2011).
24 Sullivan SD, Watkins J, Sweet B, and Ramsey SD. Health Technology Assessment in Health-Care Decisions in the United States. Value in Health, 2009;12 (suppl 2):S39–S44. 
25 Berger ML, Bingefors K, Hedblom EC, Pashos CL and Torrence GW. Health Care Cost, Quality, and Outcomes: ISPOR Book of Terms. Lawrenceville, NJ: International Society for Pharmacoeconomics and Outcomes Research, 2003.

Clinicians and patients are important end-users of 
research.  Many clinicians will embrace new research 
because it contains valuable information that will help 
them in their practices.  New tools, such as clinical 
pathways, have emerged to provide clinicians with 
evidence-based decision support, although they 
have also given rise to concerns of hampering pro-
viders’ ability to tailor care for individual patients.19 
Patients are also more actively looking to use re-
search to inform their decisions.  Through its mission, 
PCORI is leading the charge in driving the genera-
tion and dissemination of patient-centered research 
that can give patients a deeper understanding of the 
prevention, treatment, and care options available to 
them.20  

Organizations focused on quality improvement, 
such as those that develop provider performance 
measures (e.g., National Committee for Quality As-
surance, American Medical Association – Physician 
Consortium for Performance Improvement); member 
organizations that use the measures in practice for 
benchmarking and quality improvement (e.g., Pre-
mier, Truven); and those that endorse measures (e.g., 
National Quality Forum), are open to the possibili-
ties that CER findings hold for informing and refining 
quality measurement.21  These measurement pro-
grams are critical components of the evolving pay-
ment schemes implemented by Medicare, Medicaid, 
and private payers. 

Finally, public and private payers are finding new uses 
of information obtained through CER beyond traditional 
uses of research to inform benefit decisions.20  While 
Medicare use of CER has been limited, and application 
of cost-effectiveness analysis (CEA) prohibited under 
the ACA, health plans are exploring approaches to 
balancing financial pressures while increasing value by 
covering services that prove to be superior, particularly 
when the research includes information on cost-effec-
tiveness.  Value-based insurance design has been pro-
posed as a means of exploiting this new information by 
incentivizing consumers to choose high-value products 
and services in order to manage costs without compro-

mising on quality.  On a more targeted level, payers and 
pharmaceutical companies have been experimenting with 
outcomes-based contracts, as well as programs geared 
toward increasing adherence to medications or defined 
clinical pathways.23 

Government’s Evolving Role in Post-Market 
Evidence Demands /

Given this broader post-market landscape, it is 
important to focus on the key role of government.  
Globally, many nations have formally relied on cen-
tralized bodies to conduct assessments examining 
the short- and long-term consequences of the ap-
plication of a healthcare technology.24  These global 
health technology assessment (HTA) bodies have the 
responsibility of evaluating the clinical and (often) the 
cost-effectiveness of health technologies, including 
drugs, and making recommendations to government 
entities charged with healthcare delivery.  In contrast, 
the U.S. system relies on a plurality of decision-mak-
ers in the public and private sectors applying various 
approaches and incentives to foster value.

As a result, a variety of public and private organiza-
tions conduct assessments of the safety, efficacy, re-
al-world effectiveness, cost, cost-effectiveness, and, 
occasionally, the social, legal, ethical, and political 
impacts of the product.25  This includes assessments 
performed by AHRQ for CMS, as well as evaluations 
performed by private payers such as BCBS TEC and 
private organizations like Hayes Inc., Cochrane, and 
ECRI.  As a result of the health reform law, PCORI 
will play a growing role in the generation and assess-
ment of CER. Understanding this particular dynamic 
in the U.S. marketplace is a critical component to un-
derstanding the government’s role in shaping value.

However, assessing technology, in the traditional 
sense, is not the only role the federal government 
plays within the context of driving value and shap-
ing innovation; hence, it cannot be the sole domain 
of inquiry when seeking to build a policy platform.  
In recent years, the government has sought a multi-
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26 IOM (Institute of Medicine). Best care at lower cost: The path to continuously learning health care in America, 2012. Washington, DC: The National Academies Press.
27 MEDCAC Meeting Details: Evidentiary Characteristics for Coverage with Evidence Development (CED). Accessed at http://www.cms.gov/medicare-coverage-database/details/medcac-meeting-details.aspx?
MEDCACId=63&bc=AAAIAAAAAAAA& on September 11, 2012.

• Establishes and oversees post-market data collection (Risk Evaluation and Mitigation Strategies [REMS] program) – defined as     
   condition for approval

• Monitors and regulates industry communication with patients, providers, and payers on product claims 

• Medicare and Medicaid as a purchaser of healthcare services, including pharmaceuticals (Part B & D), provider services 
  (i.e., payment to hospitals and providers) (Parts A, B, C)

• Accesses multiple CER and other research programs through variety of agencies

• Establishes positive coverage decisions contingent on ongoing data collection (i.e., coverage with evidence development [CED])

• Invests in multiple CER and other research programs through variety of agencies

• Examples include NIH; AHRQ’s Effective Healthcare Research Program; PCORI (public-private partnership)

• Invests in data repositories across multiple federal agencies in support of research efforts; data repositories include data from variety  
   of sources (e.g., claims, adverse drug events [ADEs], electronic health records [EHRs], surveys)

• Examples include: Observational Medical Outcomes Partnership (OMOP); Sentinel; Multi-Payer Claims Database

• Develops and disseminates clinician, policy-maker, and patient guides based on comparative reviews
• Invests in clinical decision support efforts such as academic detailing

GOVERNMENT AS A... EXAMPLES OF KEY ACTIVITIES

REGULATOR

PURCHASER

PRODUCER OF EVIDENCE

SOURCE OF DATA

COMMUNICATOR

Table 2: Government Roles

The multiple roles that government plays, however, has created tension between policies that demand evi-
dence to demonstrate the value of innovation and those that seek to support and provide patient access 
to valuable innovation.  Inherent in calls for a healthcare system that allows for “continuous learning” is an 
acknowledgement that these competing pressures must be reconciled.26  In response to this tension, gov-
ernments worldwide, including in the United States, have adopted “access with evidence development” 
schemes.  Based on its experience with CED over the last few years, CMS has acknowledged that there is 
room for improvement in the CED process, highlighting the challenges of developing policies that reconcile 
the aims to provide patients with access to new technologies and to generate additional clinical information 
on those technologies.27

faceted role in shaping the post-market conversations on the value of pharmaceuticals.  Specifically, it has 
assumed the roles of regulator of approval and communication, purchaser of healthcare services and prod-
ucts, producer of evidence, source of additional data, and communicator of evidence.  All of these disparate 
but critical roles are shaping the post-market environment that currently exists. 
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Dialogue I: Establishing a Shared Vision for a Health System that Rewards Innovation  /

To help frame the Dialogue, Avalere surveyed the available literature, proposed a framework for considering 
the interplay of evidence and innovation, and identified the range of actors and new demands for evidence 
on these innovative therapies.  Leaders representing patients, product developers, providers, payers, and the 
research community met in Washington, DC, for the first Dialogue on July 25, 2012.  

As a first step in identifying potential solutions to advance a healthcare system that could continue to support 
the pursuit of investments in new medicines, participants collectively defined a vision for sustaining future in-
novation in a healthcare system that is increasingly aligning around value: 

In order to collectively achieve this vision, Dialogue participants agreed that solutions needed to reflect eight 
guiding principles:

A healthcare system that rewards innovation and allows
for access to effective and equitable care for patients that 
is delivered efficiently and improves outcomes 

1

5

2

6

3

7

4

8

Patient-centeredness to ensure 
that patient perspectives inform 
the decision-making processes 
of purchasers, providers, poli-
cymakers, and researchers, and 
that all activities are anchored 
in the aim to improve outcomes 
for patients 

Public/private partnership 
to leverage the totality of 
resources and expertise

Trust among stakeholders that 
policies and recommendations 
are made with the collective 
desire for value and innovation 
for patients in mind

Accountability to share respon-
sibility in the drive toward the 
ideal state

Transparency to facilitate a 
common understanding of 
processes and expectations 
among all stakeholders

Predictability to ensure 
consistency in actions and 
expectations of those invest-
ing resources and making 
decisions in patient care 

Meaningful collaboration to 
reach alignment on trade-
offs that may be necessary 
to achieve the ideal state for 
innovation and a value-based 
healthcare system

Flexibility to recognize that 
innovation is dynamic and 
clinical practice evolves over 
time

EIGHT PRINCIPLES TO ACHIEVE THE VISION

Next, Dialogue participants identified various elements that would be required to achieve this ideal vision for 
the healthcare system (see Appendix).  These individual elements were further grouped into four domains (see 
Figure 4). 
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In order to achieve the ideal vision, participants viewed a robust data infrastructure as key to achieving 
a learning healthcare system, in which knowledge about the real-world benefits and risks of new products 
could inform and accelerate the adoption of best clinical practice.  

Next, participants recognized the need for frameworks for evaluating evidence that reflect the viewpoints 
of all stakeholders in how the value of new technology would be determined.  The value of these frameworks 
would be in providing product developers with predictability in the type of evidence that could inform decision 
making by payers, providers, and patients. 

Third, participants identified the crucial area of evidence communication in shaping how future innovation 
would be valued in the healthcare system.  As new technologies move through the system, the way in which 
FDA shapes the promotional practices of the pharmaceutical industry will continue to evolve.  Government, 
professional societies, patient advocacy organizations, and others are also increasingly creating educational 
tools and training for clinicians and patients.  Attendees considered communication a common thread across 
the other three domains: a data infrastructure that can help answer research questions, frameworks for evalu-
ating evidence that can provide predictability on how evidence will be assessed, and coverage and payment 
incentives that can accommodate an evolving evidence base all rely on a communication framework that is 
consistent and transparent. 

Fourth, Dialogue attendees acknowledged that the system had to maintain sufficient incentives in the cov-
erage and payment of new technologies.  Participants agreed that future coverage and payment models 
should not discourage providers from choosing clinical options that are the most appropriate choice for their 
individual patients.  

Lastly, Dialogue attendees acknowledged that in order to achieve the ideal vision and individual aims articu-
lated in these four domains, a heightened level of collaboration among all stakeholders would be necessary.

Figure 4: Aligning Evidence and Innovation in the Post-Market Environment through Four Domains

FDA APPROVAL PROVIDER
PRESCRIPTION

COVERAGE &
REIMBURSMENT

IDENTIFICATION OF
NEEDS

PRODUCT 
DEVELOPMENT

POST-MARKET SAFETY &
PRODUCT COMMERCIALIZATION

TREATMENT OF PATIENT’S 
UNMET MEDICAL NEEDS

INITIAL 
DEVELOPMENT

EVIDENCE COMMUNICATION

COLLABORATION

COVERAGE & PAYMENT

FRAMEWORKS FOR EVALUATING EVIDENCEDATA INFRASTRUCTURE
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Dialogue II: Clearing a Path toward the Ideal State /

Establishing Consensus on Current Challenges and Potential Solutions /

As a next phase of the Dialogue, Avalere worked with attendees to draft solutions across the four domains 
that could advance the healthcare system toward the ideal state.  Dialogue attendees provided feedback 
through an online survey and follow-up interviews that resulted in an aggregate list of current challenges and 
potential solutions.  At the second Dialogue, held on October 25, 2012, attendees prioritized two to five solu-
tions within each domain, based on whether the solutions embodied the identified key principles, estimated 
timing, and magnitude of impact. 

In this section, we summarize the output of our discussion.

Data Infrastructure

Current Challenges 

Advances in health information technology have 
facilitated the collection of increasing amounts of 
data.  While there is broad support for leveraging 
electronic data to generate evidence that can help 
further a learning health system, several challenges 
limit the healthcare system’s ability to harness this 
wealth of information.  Keys among these challeng-
es are a lack of common terminology, access, and 
consistently applied methods, as well as privacy 
concerns.

A considerable amount of data is generated and 
collected through the delivery of healthcare.  A ma-
jor challenge in the current environment is harmo-
nizing and integrating these data, which currently 
reside in disparate systems owned by different 
entities and developed for reasons other than re-
search.  Though these data points could ultimately 
serve as the basis for important, decision-informing 
research, lack of common data definitions and tax-
onomy has made it difficult to effectively prioritize 
and link them.

A second barrier that has limited a robust data 
infrastructure is access.  Data networks often have 
restrictions in place that limit who can access the 
information; these restrictions can also some-
times be applied inconsistently without distinct 
parameters for predictable use.  Further, there are 
no mechanisms in place to improve access and 
predictability for viable parties.  Interest in sharing data to expand access has been growing in recent years; 

28 Love, D., Custer W., Miller P. All-Payer Claims Databases: State Initiatives to Improve Health Care Transparency. Issue Brief. The Commonwealth Fund. September 2010.
29 Interactive State Report Map. All-Payer Claims Database Council. Accessed at: http://www.apcdcouncil.org/state/map. 
30 Love D., et al. All-Payer Claims Databases: State Initiatives to Improve Health Care Transparency.
31 Ibid.
32 Ibid.
33 Ibid.

Bringing the Domain to Life: All-Payer Claims Databases /

Multiple efforts are underway to build a data infrastructure that 
can support research and policy decision-making.  Numerous 
states have developed all-payer claims databases (APCDs) in 
order to fill information gaps on healthcare spending within their 
states.  By harmonizing data from all payers in a state, the APCDs 
give policymakers statewide data on cost, quality, and utilization 
patterns as well as information on access and barriers to care.   
Ten states have APCDs in place, while another six states are cur-
rently implementing them. 

State experiences with developing and implementing APCDs 
provide important insights into the potential challenges of creating 
a robust data infrastructure.  States implementing APCDs have 
confronted difficulties around governance, identifying disparate 
sources with inconsistent data points, and determining how the 
data will be managed, stored, and accessed.   Currently, each 
state APCD initiative establishes its own rules for data contribu-
tion and sharing, which has limited the potential for these data-
bases to inform policy on a national level.   While standardization 
is desirable for understanding healthcare quality and spending 
across states, there is also recognition that some flexibility is nec-
essary to satisfy local information needs.   State policies also vary 
in relation to who has access to the data – some states restrict 
access to state government exclusively, while others make data 
available to qualified users. 

Though still early, the Department of Health and Human Services 
(HHS) is developing a national multi-payer claims database to 
support CER, which could lay the groundwork for future efforts to 
build harmonized data systems on a national scale.



15

however, few incentives and protections are in place 
to encourage data generators, such as product de-
velopers and payers, to combine forces and contrib-
ute information to a singular source. 

Adapting data to be sufficiently comprehensive to 
yield meaningful analyses and conclusions has also 
been a barrier to leveraging electronic data for re-
search.  For example, it is challenging to draw broad 
conclusions from claims data without additional 
information on benefit design and formulary sta-
tus, which may be influencing patient and provider 
behavior.  Moreover, research capabilities are neces-
sitating greater granularity of data, such as individual 
and subpopulation differences of genomic expres-
sion.  The current data infrastructure insufficiently ad-
dresses demands for both population-based infor-
mation and subpopulation-level data.34   

In addition, methods are applied inconsistently in 
data collection and validation.  Data collection is 
often impeded by health information technology con-
straints, organizational barriers, and lack of public 
appreciation of the need to validate collection mech-
anisms.35  Meanwhile, quality assurance processes 
intended to focus on accuracy, precision, and validity 
lack a formal standard to address concerns of vari-
ability across multi-site studies, human and techni-
cal errors, and other data quality issues,36  though 
increased interest in the environment has led to the 
early development of methodology standards.37 

Finally, developing a robust data infrastructure will 
require addressing privacy of information by consid-
ering how to build a longitudinal, multi-dimensional 
view of a patient while ensuring that patient-level 
information remains appropriately protected.
 
Potential Solutions 

In evaluating potential solutions, participants ad-
dressed the following question:

What steps can be taken to create a data infra-
structure that allows for access to the full array of 
data sources and can generate answers to ques-
tions about treatments on a real-time basis? 

Participants identified three solutions:

Invest in Standardized Data

Attendees proposed the establishment of standard-
ized taxonomy and a data dictionary to eliminate cur-
rent confusions around the different types, sources, 
and end usability of data.  They viewed this as a nec-
essary step in establishing clarity around the mean-
ing and measurement of various endpoints.  As a first 
step, participants recommended focusing on priority 
clinical areas where interoperability is most lack-
ing.  These may be high-burden therapeutic areas 
that serve the public health need or systems- and 
delivery-related areas.  In addition, participants rec-
ommended that this work be embedded into existing 
efforts by collaboratives and organizations, such as 
the National Cancer Institute’s joint efforts with CMS 
on the Surveillance, Epidemiology, and End Results 
program or the FDA/Center for Drug Evaluation and 
Research Data Standards initiative.38, 39

Most recently, the American College of Cardiol-
ogy Foundation and the American Heart Associa-
tion developed an updated set of key elements and 
definitions to support data collection and promote 
the interoperability and applicability of electronic 
health records.40  These types of tools would enable 
the research community to pool data from individual 
data infrastructures, creating a more robust resource 
for research.  Attendees also recognized the need 
to create commercial incentives for researchers and 
data developers to adhere to these standards. 

Create a Reciprocal Data Access Network

Dialogue participants recommended the creation 
of a voluntary data sharing system sponsored by a 
consortium of stakeholders, including product devel-
opers, payers, and providers, who would contribute 
non-clinical, observational data in exchange for ac-
cess.  The data access network would allow for new 
capabilities to understand health information across 
the care continuum and to answer research ques-
tions that fall across both clinical and cost endpoints. 
But, more fundamentally, this access network would 
be a tool that facilitates trust between stakehold-

34 Kean, Marcia, et al. “Achieving Data Liquidity in the Cancer Community: Proposal for a Coalition of All Stakeholders.” Institute of Medicine. May 2012.
35 “Improving Data Collection Across the Health Care System.” Race, Ethnicity, and Language Data: Standardization for Health Care Quality Improvement. Agency for Healthcare Research and Quality.
36 Holve, Erin. “Opportunities and Challenges for Comparative Effectiveness Research (CER) With Electronic Clinical Data: A Perspective From the EDM Forum.” Journal of Medical Care. July 2012. Volume 50.  Issue - p S11–S18
37 Helfand, Mark, et al. “PCORI Draft Methodology Report: Our Questions, Our Decisions: Standards for Patient-centered Outcomes Research.” Patient-Centered Outcomes Research Institute. 23 July 2012. 
38 Hershman, Dawn L.; Wright, Jason D. “Comparative Effectiveness Research in Oncology Methodology: Observational Data.” J Clin Oncol. 30:4215-4222.
39 U.S. Food and Drug Administration. Center for Drug Evaluation and Research Data Standards Program. Accessed at: http://www.fda.gov/Drugs/DevelopmentApprovalProcess/FormsSubmissionRequirements/Elec-
tronicSubmissions/ucm249979.htm.
40 “New Data Standards Define Best Practices for Patients With ACS and CAD.” CardioSource. American College of Cardiology. 28 January 2013. Accessed at: http://www.cardiosource.org/News-Media/Publications/
Cardiology-Magazine/2013/01/ACS-CAD-Data-Standards.aspx.
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41 Department of Health and Human Services. Initiatives. Accessed at: http://www.hhs.gov/open/datasets/index.html.
42 Under Section 1173(b), the Department of Health and Human Services (HHS) is required to adopt a standard for a unique health identifier “for each individual, employer, health plan, and health care provider for use 
in the health care system.”  However, Congress has held off on enacting this until privacy concerns have been sufficiently addressed. Source: Health Insurance Portability and Accountability Act (HIPAA) of 1996, Pub. 
L. No. 104-191, §1173(b), 110 Stat. 1936 (codified as amended at 42 U.S.C. 5 1320d-2(b)).
43 Greenberg, Michael D., Ridgely, Susan M. “Patient Identifiers and the National Health Information Network: Debunking a False Front in the Privacy Wars.” Journal of Health and Biomedical Law. Vol. IV, No. I (2008): 31-68.

ers through the mutually assured protection of data and accepted guidelines for making the data available.  
Attendees felt that the reciprocal nature of this collaboration would encourage public and private payers, 
pharmaceutical and device companies, and researchers to make certain types of data available through such 
a system.  Participants noted HHS’ HealthData.gov, for one, has begun to liberate data, providing access to 
innovators.41  

Develop Unique Patient Identifiers

A specific challenge raised by attendees was the difficulty researchers have in understanding patient experi-
ence with a drug longitudinally.  Attendees noted that patients may initiate drug therapy in one setting of care 
but then transition into and out of other settings of care (e.g., from community center to inpatient hospitaliza-
tion to a post-acute care facility, etc.).  In addition, much of the existing patient-level data is based on admin-
istrative and claims information or clinical information from registries, which do not capture information on 
the patient experience, including patient satisfaction and preference, quality of life, or functional status.  To 
date, there has been limited effort to capture and centralize patient information across settings of care.  Thus, 
participants voiced the need to create and incentivize the adoption of a unique patient identifier as a potential 
solution that would enable data linkages across disparate data sources.  The concept of unique patient iden-
tifiers dates back to the Health Insurance Portability and Accountability Act, though it has been met with con-
gressional resistance due to privacy concerns.42,43  Likewise, participants raised challenges related to privacy 
and implementation that would need to be addressed in order for this recommendation to move forward.  

These three solutions were arrayed by timing and magnitude of impact (see Figure 5).  Attendees noted that 
solutions related to data infrastructure, in particular, would take a long time to implement and that, although 
there could be some impact in the short term, the greatest impact would be realized over the long term.

Figure 5: Data Infrastructure Solutions: Timing and Magnitude of Impact

Standardized Data

Reciprocal Data Access
Network

Unique Patient Identifiers

1-2 YEARS 2-5 YEARS 5+ YEARS

HIGH IMPACT

LOW IMPACT
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Frameworks for Evaluating Evidence 

Current Challenges

A key issue for innovators is having assurance that they are developing the right evidence to inform the 
clinical decisions and policies of a range of actors, including payers, clinicians, and patients.  In some 
areas, such as Medicare’s coverage of off label uses of Medicare Part B oncology drugs, policies may 
provide some level of predictability in what evidence is necessary to support patient access to medically 
appropriate care.47,48  In other cases, the research needed to support clinical decisions or payer policies 
(e.g., formulary placement), the requirement for what type of evidence may be most compelling is less clear.  
The lack of transparency for the research demands creates a challenging environment for product develop-
ers.  Efforts to overcome this challenge have been met with difficulties, including regulatory restrictions, while 
dialogues to better understand decision-maker needs have led to outputs that were not entirely reflective of 
the broad stakeholder perspective.49 

Further, existing frameworks for evidence evalu-
ation are based on traditional hierarchies of 
evidence, which reflects a desire to maximize 
internal validity and is the standard for most 
regulatory and clinical decisions.  However, this 
hierarchy is not as well suited when considering 
the evidence needs of post-regulatory decision-
makers who may desire greater generalizabil-
ity.  Given the limitation of RCTs to generate 
real-world evidence on safety and effectiveness, 
alternative research methods continue to gain 
prominence in the clinical development process.50   

For example, there is increasing effort to fund 
observational studies to address questions about 
real-world comparative effectiveness.  Even as 
investments in research based on novel study de-
signs continue to grow, there are no recognized 
standards for how decision-makers should incor-
porate findings from these non-traditional studies 
into the full breadth of evidence that supports the 
appropriate use of a product.51  

44 WellPoint. Health Technology Assessment Guidelines. Drug Submission Guidelines for New Products, New Indications and New Formulations. September 2008. Accessed at: http://www.amcp.org/WorkArea/Download-
Asset.aspx?id=12532.
45 WellPoint (2009). WellPoint’s Contribution to Drug Formulary Evaluation Standards Highlighted in ISPOR Publication [Press Release]. Accessed at: http://ir.wellpoint.com/phoenix.zhtml?c=130104&p=irol-
newsArticle&ID=1304245&highlight=.
46 WellPoint Plans CER Guidance, Building On Progress With Outcomes Data. The Pink Sheet. April 19, 2010, Vol. 72, No. 016.
47 Centers for Medicare & Medicaid Services. Chapter 15: Covered Medical and Other Health Services. Medicare Benefit Policy Manual. Accessed at: http://www.cms.gov/Regulations-and-Guidance/Guidance/Manuals/
downloads/bp102c15.pdf 
48 “Recent Developments in Medicare Coverage of Off-Label Cancer Therapies.” J Oncol Pract. 2009 January; 5(1): 18–20. Accessed at: http://www.ncbi.nlm.nih.gov/pmc/articles/PMC2790627/ 
49 The Implantable Cardioverter Defibrillators (ICD) registry, established by a variety of stakeholders in response to concerns at CMS regarding a surge in positron emission tomography coverage, was housed by the 
American College of Cardiology; as a result, “the priorities for what registry data would be collected and how it would be used therefore came to reflect the priorities of the governing organizations, and not fully reflec-
tive of the priorities of CMS, patients, FDA, and others with specific interests in potential uses of the ICD registry infrastructure.” Source: Mohr, Penny, MS; Tunis, Sean, MD, MSc; Sabharwal, Raj, MPH; Montgomery, 
Russ, MHS; Bergthold, Linda, PhD. “The Comparative Effectiveness Research Landscape in the United States and its Relevance to the Medicare Program.” Prepared for the Medicare Payment Advisory Commission. 
Center for Medical Technology Policy. May 31 2010. Accessed at: http://www.cmtpnet.org/wp-content/uploads/downloads/2012/03/CMTP-Report-to-MEDPAC.pdf.
50 Davey J, et al. “Characteristics of Meta-Analyses and Their Component Studies in the Cochrane Database of Systematic Reviews: A Cross-Sectional, Descriptive Analysis.” BMC Med Res Methodology. November 24 2011; 11:160.
51 “Methods Guide for Effectiveness and Comparative Effectiveness Reviews.” AHRQ Publication No. 10(12)-EHC063-EF. Rockville, MD: Agency for Healthcare Research and Quality. April 2012. Chapters available at: 
www.effectivehealthcare.ahrq.gov.

Bringing the Domain to Life: WellPoint Outcomes-Based
Formulary /

In 2008, WellPoint created the WellPoint Outcomes-Based For-
mulary in an effort to communicate its evidentiary and analytical 
standards in the evaluation of drug products to product develop-
ers.44  Guidelines provided by WellPoint include requirements for 
new products, new indications, and new formulations as well as 
the re-evaluation of existing products.  The purpose of creating 
and sharing these guidelines was to provide product develop-
ers with a clear sense of the information that WellPoint consid-
ers useful and to promote investments in research that would 
produce more information of use to WellPoint, physicians, and 
its members.45  Since publishing the guidelines, WellPoint has 
observed an improvement in the quality of formulary submissions 
from drug companies.46 

While this development signals payers’ recognition of the need for 
more explicit clarity on evidence standards for decision-makers, it 
is noteworthy that more private payers have taken a similar direc-
tion.  However, other actors have begun to examine this need 
closely.  Most recently, there has been an effort by the PCORI 
to promulgate methods standards; it will be important to assess 
whether these are meaningfully adopted by researchers and 
consistently evaluated by decision-makers.
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52 Green Park Collaborative. Background. Accessed at: http://www.greenparkcollaborative.org/about-gpc/.
53 Boutin, Marc. “Among Other Flaws, Hypothetical Migraine Study Lacks Independent Evaluation and Patient Engagement.” Health Affairs, 31, no.10 (2012):2231-2235.
54 Concannon TW, Meissner P, Grunbaum JA, McElwee N, Guise JM, Santa J, Conway PH, Daudelin D, Morrato EH, Leslie LK. “A new taxonomy for stakeholder engagement in patient-centered outcomes research.” J Gen 
Intern Med. 2012 Aug;27(8):985-91. Epub 2012 April 13.
55 “Alliance For Lupus Research And Pfizer’s Centers For Therapeutic Innovation Announce Novel Research Collaboration With Leading Academic Medical Centers” Press Release from Alliance for Lupus Research. 7 Novem-
ber 2012. Accessed at: http://www.lupusresearch.org/news-and-media/press-room/press-releases/alliance-for-lupus-research-3.html.
56 C. Daniel Mullins, PhD; Abdulla M. Abdulhalim, BSPharm; Danielle C. Lavallee, PharmD, PhD. “Continuous Patient Engagement in Comparative Effectiveness Research.” JAMA. 18 April 2012; 307(15):1587-1588. 
doi:10.1001/jama.2012.442

Potential Solutions

In evaluating potential solutions, participants sought 
to address the following question:

Participants identified three solutions: 

Enable New Platforms for Multi-Stakeholder 
Discussions about Making Decisions Informed by 
Evidence 

Developing multi-stakeholder forums to discuss 
evidence needs could help improve transparency 
and predictability in areas where evidence needs are 
unclear (e.g., what outcomes would different deci-
sion-makers value in studies of a new treatment for 
an unmet medical need).  Participants recommended 
inclusion of industry, payers, regulators, clinicians, 
and patients to discuss how evidence needs in spe-
cific therapeutic areas may differ and this variation’s 
impact on different types of decisions—including 
regulatory approval, formulary placement, treat-
ment recommendations in guidelines, and individual 
patient care choices.  The discussion would en-
compass how each decision-maker uses evidence 
to inform their decisions, the type of study designs 
that is most appropriate, and the endpoints that 
would be most meaningful in addressing each user’s 
unique research questions.  One example cited by 
participants was the Green Park Collaborative, which 
brings together diverse stakeholders with the aim of 
developing guidance for the life sciences industry on 
the design of clinical studies to meet the needs of 
CER/HTA bodies and coverage entities.52  Given that 
notions of value are continuously evolving, attendees 
envisioned evidence needs discussions to be ongo-
ing and that engaged stakeholders would need to 
make a concerted effort to build trust among one 
another.  Finally, health plan stakeholders specifically 
pointed to the need to ensure appropriate regula-
tory protections to allow multiple payers to engage in 
these discussions.

Create Tools for Evaluating Evidence

As new evidence is created, it is often unclear, and 
at times, controversial, how it should be evaluated in 
the context of the broader body of evidence.  Meth-
ods, tools, and best practices for evaluating study re-
sults could help address this.  Participants noted the 
need for the development of a framework for evalu-
ating the usability of evidence.  For example, the 
National Health Council has called for the creation of 
usability criteria, which could help decision-makers 
determine the significance of research findings within 
the context of other evidence and current medical 
practice.53  The creation of frameworks to support 
transparent, consistent evaluations of evidence may 
improve predictability in the evaluation of data from 
non-traditional studies, such as observational studies. 

Integrate Patient Perspectives in the Research 
Process

Patients, as the end users of healthcare products 
and services, are rarely engaged to identify out-
comes that they value.  Given the rapidly growing 
focus of the healthcare environment on patient en-
gagement and patient-centered care, attendees rec-
ommend increasing patients’ involvement in CER.54, 

55, 56  To enable various institutions to move forward 
with this recommendation, attendees recommended 
the use of qualitative methods to inform the choice of 
key questions and primary and secondary endpoints, 
including the use of patient-reported outcomes and 
functional status measures.  In close collaboration 
with a skilled research methods workforce, patient 
communities should also be engaged in the evalua-
tion of research to ensure that information is trans-
latable to the average consumer (see the Evidence 
Communication section for more information on 
involving patients in translation and dissemination).

These three solutions were arrayed by timing and 
magnitude of impact (see Figure 6).

How can we reach consensus on what consti-
tutes high-quality evidence and create greater 
transparency and predictability for researchers? 
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57 Academic Detailing: An Introduction. Presentation by Jerry Avorn. National Resource Center for Academic Detailing (NaRCAD). Academic Detailing Training Program. November 7-8, 2011.
58 Agency for Healthcare Research and Quality. About the Academic Detailing Project. Accessed at: http://effectivehealthcare.ahrq.gov/index.cfm/who-is-involved-in-the-effective-health-care-program1/
about-the-academic-detailing-project/.  
59 Ibid.
60 Perfetto E. Bailey J. et al. Communication about Results of Comparative Effectiveness Studies: A Pharmaceutical Industry View. Health Affairs. October 2012 vol. 31 no. 10 2213-2219.

Figure 6: Frameworks for Evaluating Evidence Solutions: Timing and Magnitude of Impact
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Evidence Communication 

Current Challenges 

Both the public and private sectors are 
investing billions of dollars to support evi-
dence development.  This evidence is the 
cornerstone of a learning health system 
that can facilitate continuous innovation 
in healthcare.  Effectively translating and 
disseminating findings from these research 
investments will be critical to encouraging 
this learning environment.  However, several 
challenges must first be addressed, includ-
ing: a lack of consistency and transparency 
in the standards that govern dissemination 
of research findings, the limited ability or 
willingness of product developers to com-
municate research results, and the difficulty 
in translating information in a manner that 
can be useful to patients. 

As investments in research grow and more 
evidence becomes available, stakeholders 
have begun to call for guidelines to ensure 
that the communication of information is 
directed by sound standards.60  Lack of 
these standards has given rise to questions 

Bringing the Domain to Life: Government-Funded Academic Detailing /

In 2010, AHRQ initiated an academic detailing project, in which trained 
clinician consultants meet with physicians, pharmacists, nurses, and 
other healthcare decision-makers to provide information on medications 
and other therapeutic options.  Separately, AHRQ is funding the Na-
tional Resource Center for Academic Detailing to support organizations 
developing new detailing programs or improve existing ones.  States, too, 
are implementing academic detailing programs.  Massachusetts, New 
York, Pennsylvania, South Carolina, and the District of Columbia all have 
academic detailing programs in place.57 

Academic detailing programs are expected to reach a wide audience of 
physicians.  AHRQ’s academic detailing project, for example, is ex-
pected to reach 1,300 primary care clinician sites (including the offices of 
internists, family practitioners, nurse practitioners, and physician assis-
tants) and 200 health system sites (including hospitals, integrated health 
systems, and health plans) across the United States.58  Each participating 
clinician and healthcare system will be visited six times over a three-year 
period for a total of approximately 9,000 visits.59  During these visits, the 
project’s consultants will present findings of a specific comparative ef-
fectiveness review from the Effective Health Care Program.  It is unclear 
what, if any, communication guidelines are provided to the project’s 
academic detailers.  This lack of transparency has raised questions on 
whether the information communicated is balanced and appropriately 
contextualized.  Further, in this program and others like it, it is unclear 
whether and how the publication of new CER studies is being integrated 
into the information presented.
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about whether information currently disseminated 
by various parties is balanced and appropriately 
contextualized.  Guidelines for the dissemination 
of research findings provided to federally funded 
CER organizations illustrate this ambiguity.  PCORI, 
per ACA, is required to include in any disseminated 
materials a description of considerations for specific 
subpopulations, the research methodology, and the 
limitations of the research.61  In contrast, the commu-
nication standards that govern AHRQ’s presentation 
of research findings as part of its academic detailing 
project are difficult to find.

Product developers must continually generate evi-
dence to support the value of its product to purchas-
ers, patients, and clinicians in today’s environment.  
While the demands placed on product developers 
continue to grow, the policies that dictate product 
developers’ ability to communicate findings from 
these investments in research have not evolved to 
accommodate this new reality.  Product developers 
are limited in their ability to communicate late-break-
ing and clinically relevant new medical information 
(both safety and efficacy information) that may help 
determine optimal care.  This inability to disseminate 
new findings in a time-sensitive manner raises the 
risk that clinicians will make treatment recommenda-
tions without the full scope of relevant information. 

Demonstrating value will also require making evi-
dence more useful to patients.  Research findings 
need to be translated in a way that puts these find-
ings in the context of existing evidence in order to 
allow patients to use the full range of information to 
weigh the benefit and risk trade-offs of their treat-
ment options.  Achieving this, however, has proven 
to be difficult.

Potential Solutions

In evaluating potential solutions, participants ad-
dressed the following question:

Participants identified five solutions:

How can we ensure that the information needs 
of all actors in judging the value of new tech-
nologies is efficiently satisfied and based on 
high-quality evidence?

Develop and Disseminate Best Practices in 
Evidence Communication

Currently, standards guiding communication of 
evidence to users such as patients, healthcare 
professionals, and payers are highly variable.  While 
product manufacturers are subject to stringent FDA 
guidelines on research communication, independent 
researchers or other organizations like payers are not 
subject to similar standards.  While some see a need 
for standards or guidelines that could promote con-
sistency and transparency of communication across 
stakeholders, there is also recognition that such 
standards would be difficult to define and enforce.  
Arriving at uniform standards that could address the 
varying evidence needs of patients, providers, pur-
chasers, and policymakers would be challenging, 
made more complicated by legal restrictions that lim-
it the communication of research findings by product 
developers.  As a starting point, attendees proposed 
the establishment of best practices or goals in evi-
dence communication through a multi-stakeholder 
collaboration.  Such a collaboration could help create 
momentum among the various stakeholder groups 
toward common expectations and goals for how 
information should be communicated as well as the 
credentials and training required.  These goals would 
be based on principles of timeliness, consistency, 
and transparency and would serve as the foundation 
for advancing towards standards that guide evidence 
communication.  Participants recognized that, in 
addition to the goals themselves, there is a need to 
link incentives to the adoption of these goals.  Mem-
bers of the pharmaceutical industry have recently 
proposed a similar concept: “good communication 
principles, which would guide the provision of trans-
parent, truthful, and scientifically sound comparative 
effectiveness research information.”62 

Establish Guidelines for Incorporating New 
Information

Increasingly, tools such as clinical decision-support 
systems and patient decision aids are being de-
ployed as vehicles for disseminating research find-
ings.  As the use of these vehicles grows, Dialogue 
attendees recommended the creation of standards to 
ensure that these tools reflect the best and most up-
to-date clinical evidence.  These standards should 
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address the process for incorporating new research 
findings into the body of evidence on an ongoing 
basis so that studies are viewed in the context of the 
existing literature and can contribute to advance-
ments in expert thinking.  To ensure their adoption, 
attendees viewed incentives for use of sound, pa-
tient-centered decision-support tools as an important 
component of this solution.  

As these guidelines are developed, it will be impor-
tant to consider variations that exist within provisions 
of the ACA.  Namely, the ACA requires patient deci-
sion aids to present “up-to-date clinical evidence” 
and, where appropriate, “explain why there is a lack 
of evidence to support one treatment option over 
another.”63  Separately, the ACA requires PCORI to 
include in any dissemination materials a descrip-
tion of considerations for specific subpopulations, 
the research methodology, and the limitations of the 
research.64   

Involve Patients in Translation and Dissemination 

Making patients partners in translation and dissemi-
nation plans will be essential to ensuring information 
is useful to patients for making decisions.  Attendees 
recommended that patient and advocacy communi-
ties work alongside clinical experts to develop and 
implement translation and dissemination plans.  Spe-
cific areas that patients could provide input include: 
whether research results address a question that 
patients seek answers to; the believability of research 
findings, particularly when they appear to contradict 
standard practice; and factors relating to socioeco-
nomic status, language, culture, and different ways 
of assimilating information that could shape the 
development of dissemination materials.  The most 
prominent effort in this area is led by PCORI, which is 
currently evaluating ways to engage patients to lead 
and accelerate the dissemination of findings from the 
research, per its mandate.65 

Advance Methods for Communicating Uncertainty 
about Benefits and Risks 

Researchers and clinicians must often communi-
cate uncertain evidence about the benefits and risks 

of treatment options.  Uncertainty about statistical 
risk, uncertainty that emerges with use outside of 
controlled trial settings, and uncertainty about the 
strength and quality of available evidence affect the 
usefulness of evidence in making healthcare deci-
sions.  Little is known, however, about how to com-
municate this uncertainty.  One recommendation is 
to fund additional research to advance methods for 
how best to communicate benefit, risk, and uncer-
tainty, and create training programs to help guide 
clinicians in conveying information in a way that 
would enable patients to factor this information into 
their decision-making.  AHRQ has recently initiated a 
systematic review of communication and dissemina-
tion strategies that includes an examination of vari-
ous ways of communicating uncertainty to different 
target audiences.66 

Develop a Safe Harbor for Multi-Stakeholder 
Scientific Discussions 

Given that determinations of value can be based on 
factors beyond a product’s label, attendees felt there 
should be opportunities for product developers, 
payers, providers, patients, and CER/HTA organiza-
tions to have scientific discussions about evidence 
that may inform these determinations.  Further, there 
was a sense among some attendees that if product 
developers are expected to continue to invest in re-
search to satisfy the growing demands for evidence 
in the marketplace, there should be opportunities to 
communicate, in a time-sensitive manner, the results 
of methodologically rigorous research that may be 
clinically relevant. 

Participants arrayed the solution by timing and mag-
nitude of impact (see Figure 7):
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Figure 7: Evidence Communication Solutions: Timing and Magnitude of Impact
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Coverage and Payment  

Current Challenges

Some policymakers and thought leaders have called 
for alternatives to the traditional fee-for-service mod-
el and have encouraged the testing and adoption 
of value-based coverage and payment policies as a 
solution to rising healthcare costs.71, 72, 73  Increasing-
ly, public and private payers are experimenting with 
alternative payment models, such as bundled pay-
ments and shared savings programs, which rely on 
the use of financial incentives to encourage provid-
ers to choose the most efficient approach to patient 
care, while also maintaining quality.

A notable characteristic of models being tested in 
the private sector as well as through the Center for 
Medicare & Medicaid Innovation is the requirement 
for providers, such as integrated delivery systems, 
hospitals, post-acute care facilities, and large physi-

Bringing the Domain to Life: Coverage with Evidence 
Development /

CMS’ experience with coverage with evidence develop-
ment (CED) presents a useful case example of the need 
for clear evidentiary standards and clarity on appropriate 
data collection endpoints and the importance of transpar-
ent and predictable decision-making frameworks.  CED 
policy seeks to accelerate Medicare beneficiary access to 
innovative interventions while promoting the development 
of additional evidence to confirm the intervention’s clinical 
benefit to beneficiaries.  However, many stakeholders have 
noted the need for greater predictability and transparency 
in CED policy.67, 68  Despite calls on CMS to do so, CMS’ 
2012 draft CED guidance did not articulate evidentiary 
standards that guide its selection of appropriate items and 
services suited for CED.69  It also did not establish a time 
horizon or clear end point at which data collected through 
CED would be evaluated.70  

Although the NCD process and CED have not histori-
cally been applied to pharmaceuticals, the issues raised 
by stakeholders around the absence of transparent and 
consistent criteria used by CMS to apply CED and the 
lack of clearly defined endpoints for data collection relate 
to broader questions about how evidence is developed, 
evaluated, and used in the post-market setting.
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cian group practices, to bear financial risk for the 
cost and quality of the patients they serve.74  By 
rewarding providers that deliver the most efficient 
care with higher profits, these new models may pres-
ent challenges for new technologies.  Providers may 
be discouraged from adopting new technologies 
that are more expensive than existing alternatives.  
New payment models may inadvertently incentiv-
ize providers to favor low-cost treatments without 
adequately accounting for comparative marginal im-
provements in quality of care for individual patients.  
This poses a problem for payers, policymakers, and 
product developers, as it remains to be seen the 
effect of these new models on the evaluation of and 
access to new medical technologies. 

Potential Solutions 

In evaluating potential solutions, participants ad-
dressed the following question:

Two solutions were identified:

Enhance Pathways for Innovation in Novel 
Provider Payment Models

Participants recommended the development of 
policies to ensure that novel provider-level payment 
reforms advance value-based decision-making while 
also preserving incentives for innovation.  To this 
end, participants voiced concern that payment poli-
cies may only recognize the costs of services, includ-
ing drug costs, within an episode of care or a bun-
dled payment.  Constructed well, with appropriate 
quality measures and patient protections, such an 
approach can represent an opportunity for adoption 
of newer interventions that improve patient outcomes 
and provide marginal value compared to existing 
alternatives.  Constructed poorly, however, without 
such protections, payment reforms like bundling and 
ACOs can incentivize cost cutting that discourages 
adoption of newer, potentially beneficial treatment 
options.  For example, participants noted that the 
Medicare Inpatient Prospective Payment System 

may hinder the adoption of newer pharmaceuticals 
that may be more expensive, as the existing pay-
ment amounts may be inadequate to reimburse the 
costs associated with a novel alternative.75  Previous 
solutions to address these concerns have included 
providing additional payments for select new tech-
nologies, such as through Medicare’s New Technol-
ogy Add-On Payment Program and pass-through 
payments for a drug, device, or biological used in the 
Outpatient Prospective Payment System.76 

Ensure Transparency of Incentives in Clinical 
Pathways 

Increasingly, clinical pathways have been created 
with the goal of assisting providers and clinicians 
in better managing the cost and quality of care for 
specific patients.  Clinical pathways, which can be 
derived from practice guidelines, have the chance to 
promote greater consistency and quality in care de-
livery.  However, the evidence that informs these new 
decision-support tools, which are beginning to serve 
as the basis for coverage and payment decisions, is 
not adequately transparent.  Further, when provider 
financial incentives are attached to adherence with 
pathways, they can discourage appropriate custom-
ization of care to the needs of individual patients 
and fail to recognize the introduction of medically 
beneficial treatment options.  Attendees noted that 
patients are often unaware that their clinicians may 
be subject to financial incentives that encourage 
treatment based on a clinical pathway.  Participants 
also remarked that these pathways are not always 
developed through transparent procedures and may 
not be based on the most rigorous clinical evidence, 
reflect the existence of new treatment approaches, 
or take into account patient preferences.  In order 
to ensure that clinical pathways adopted by payers 
and providers are reflective of the best evidence and 
patient preferences, participants recommended that 
a multi-stakeholder organization review pathways 
to ensure that they are grounded in evidence, main-
tain flexibility to include new technologies in a timely 
manner, and ensure adherence to patient preferences.

Participants arrayed the solutions by timing and 
magnitude of impact (see Figure 8), noting the im-
portance of solutions that could be achieved in the 
short term with high impact.

How can coverage and payment incentives 
be refined to be more responsive to an evolving 
evidence base for treatments and standards 
of care? 
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Figure 8: Coverage and Payment Solutions: Timing and Magnitude of Impact 
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Investing in the Future: Steps toward the 
Ideal State /

To further prioritize the solutions, Dialogue attend-
ees participated in a resource allocation exercise, in 
which attendees individually and collectively commit-
ted hypothetical resources (time, labor, investment, 
social and/or political capital) to the solutions.  

Notably, attendees dedicated the greatest amount 
of resources to solutions in the domains for frame-
works for evaluating evidence and communication of 
evidence.  The experts committed resources primar-
ily to solutions they viewed as potentially having the 
highest impact on innovation, including: creating 
platforms for multi-stakeholder discussions about 
evidence needs and value, working with patients as 
partners in the development and communication of 
research, and establishing tools for evaluating evi-
dence frameworks, such as usability criteria.  These 
solutions reflect an emphasis by the Dialogue at-
tendees on collaboration as the primary path for-
ward toward the ideal state.  Many of the prioritized 
solutions, in fact, call for the creation of venues or 
platforms that would allow stakeholders to come 
together to discuss definitions of value or to establish 
consensus-based standards for moving forward in 
using or communicating evidence. 

Surprisingly, solutions related to data infrastructure 
were somewhat de-emphasized in the resource al-
location exercise.  There was a sense among attend-
ees that a data infrastructure is so fundamental to 
realizing the ideal vision for a healthcare system that 
most assumed a robust infrastructure would already 
be in place before any of the solutions could be im-
plemented.  This supposition raises the question as 
to who within the healthcare system should assume 
the responsibility for advancing this area.  There ap-
pears to be a view of data infrastructure as a public 
good, creating a potential role for the government or 
a nationally recognized organization, such as PCORI, 
to invest in areas that could facilitate the creation of 
a data infrastructure to support evidence generation.  

Also noteworthy in participants’ discussion of cover-
age and payment policy reforms were the approach-
es they did not embrace as short-term, high-impact 
solutions.  Participants briefly discussed commonly 
identified approaches, such as outcomes-based 
agreements and CED, that are frequently cited as 
examples for how the coverage and payment system 
could potentially align and encourage innovation.  

However, attendees were skeptical of the success of 
these policies in actually expediting market access 
for new product developers or creating research that 
could support future innovation.  Instead, partici-
pants believed that higher priority should be placed 
on creating safeguards for innovation and patient 
access to new technologies in light of new payment 
and delivery models.

Finally, as the capacity of the research community 
grows and new analytics form the basis of evidence, 
Dialogue participants noted the importance of ensur-
ing that these solutions will be flexible to accommo-
date future methods for evidence generation.

The solutions identified through the Dialogue are 
consistent with preliminary thinking and early ef-
forts within the healthcare community across the 
four domain areas.  While work has begun in these 
areas, many of these solutions have not been previ-
ously evaluated within the context of pharmaceuti-
cal innovation.  These solutions present options for 
balancing the drive to realize value in the healthcare 
system with the continued pursuit of new and inno-
vative medicines.  We hope the ideas and solutions 
described provide guidance for individual stakehold-
er organizations and policymakers on how to align 
their efforts in ensuring future investments in innova-
tive new technologies will be recognized, valued, and 
rewarded in the U.S. healthcare system.
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Appendix A: Establishing the Domains

In an effort to identify policy concepts for achieving the ideal vision of the U.S. healthcare system, Avalere 
solicited input from Dialogue attendees on environmental drivers needed to move toward this vision. The 
flow chart below represents Avalere’s synthesis of the feedback and the categorization of these drivers into 
four broad domains. 

Data availability to support 
continuous learning and 
evidence generation

Agreed-upon methods on how 
to manage uncertainity (how 
to broaden) for specific deci-
sions and the determination of 
what constitutes evidence to 
encourage innovation

Research infrastructure and 
workforce issues to support it

Predictability of the evidence 
standards and incentives that 
reward it

Regulatory framework for 
communication about real-world 
efficacy among all stakeholders

Alternative payment systems that 
embed incentives for innovation

Tools for translating evidence 
to decision-makers

Greater public understanding 
and awareness of vision and the 
tradeoffs to achieve this vision

Regulatory framework focused 
on product approval and 
market access to encourage 
innovation

DATA INFRASTRUCTURE FRAMEWORKS FOR 
EVALUATING EVIDENCE EVIDENCE COMMUNICATION COVERAGE & PAYMENT
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Appendix B: Investing in the Future

The figure below depicts the results of the breakout session and resource allocation exercise. The size of 
the circles represent the magnitude of resource allocation (i.e., solutions that are larger received a greater 
number of hypothetical investment, reflecting broad stakeholder interest). 

Resource Allocation Prioritization Based on Timing and Magnitude of Impact
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