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ABSTRACT

BACKGROUND: Randomized controlled trials 

(RCTs), the gold standard of safety and effica-

cy evidence, are conducted in select patients 

that may not mirror real-world populations. 

As a result, healthcare decision makers 

may have limited information when making 

formulary decisions, especially in oncology, 

given accelerated regulatory approvals and 

niche patient populations. Real-world evi-

dence (RWE) studies may help address these 

knowledge gaps and help inform oncology 

formulary decision making.

OBJECTIVE: To assess US payer perceptions 

regarding the use and relevance of RWE 

in informing oncology formulary decision-

making.

METHODS: A national survey containing 

single-answer, multiple-answer, and free-

response questions evaluated 4 key areas: 

(1) the value of RWE, (2) barriers to RWE, 

(3) sources of RWE, and (4) use of RWE in 

outcomes-based contracting. The survey was 
distributed to 221 US payers through the 
Academy of Managed Care Pharmacy (AMCP) 
Market Insights program in February 2020. 
Ten additional respondents were invited to 
discuss the survey results. The survey results 
were presented primarily as frequencies 
of responses and were evaluated by the 
respondent’s plan size, type, and geography 
(regional vs national). Differences in respons-
es for categorical data were compared using 
a Pearson Chi-Square or a Fisher’s Exact test. 

What is already known  
about this subject

•	 Payers use real-world data in decision 
making.

•	 How real-world evidence (RWE) is 
used depends on the available data 
and therapeutic area.

What this study adds

•	 Payers acknowledge RWE on innovative 
oncology products pre launch is limited, 
highlighting a need for more early 
communication with manufacturers 
under preapproval information 
exchange (PIE) rules.

•	 The types of RWE valued by payers both 
before and after launch included total 
cost of care, burden of illness, treatment 
patterns, subpopulations, adverse event 
profiles, off-label usage, and economic 
data for possible use in contracting.

•	 Payers appeared to be more engaged 
in conducting their own evaluations 
of RWE for oncology products than 
previously.

•	 The primary source of RWE data 
continues to be administrative claims, 
but many organizations are turning to 
electronic health records.

•	 Payers’ interest in outcome-based 
contracting was high, despite the 
challenges to conducting these 
arrangements.
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Innovative therapies for cancers are being introduced with 
growing frequency. Some of these therapies, especially those 
in areas with high unmet needs and limited patient popula-
tions, receive accelerated regulatory approvals, sometimes 
based on Phase II studies only or single-arm trials. In 2012, 
the US Food and Drug Administration Safety and Innovation 
Act was enacted to expedite the development and review 
of certain new drugs for serious or life-threatening dis-
eases (sometimes designated as breakthrough drugs).1 This 
act allows promising drugs to receive accelerated approval 
based on surrogate markers of disease, while requiring that 
efficacy testing continues post-launch to confirm the ini-
tial results. A 2018 study showed that of drugs released in 
the US from 2012-2017, those designated as breakthrough 
drugs achieved first FDA approval in 5.2 years vs those des-
ignated as non-breakthrough drugs, which received first 
FDA approval in 7.1 years.2 As a result of accelerated approv-
als based on limited clinical trial data, however, payers are 

often forced to make oncology coverage decisions with lim-
ited information.

Despite the limited available data, payers must still use 
their resources efficiently and appropriately as they make 
coverage decisions. As a result, payers have turned to real-
world evidence (RWE) to supplement traditional clinical 
trial data to help inform their oncology decision making. 
Recognizing that RWE is increasing in importance for 
differentiating therapies or treatment pathways as well as 
coverage decisions, and that payers desire such information 
to add to the clinical trial data, the FDA has issued guid-
ance documents on the use of RWE to support regulatory 
decision making.3 Similarly, the National Comprehensive 
Cancer Network (NCCN) has integrated recommendations 
for RWE into their guidelines.4 Both of these actions have 
contributed to a growing number of RWE studies being 
published by manufacturers and researchers.

Despite the growing interest in and production of RWE, 
there is still limited information on how RWE is actually 
used by US payers in their decision making. Although the 
understanding of RWE in general healthcare decision 
making has been examined in the literature,5 very little has 
been published on the use of RWE specifically in oncology 
decision making. 

This study was conducted to expand the understanding 
of how payers in the US use RWE to inform healthcare deci-
sion making in oncology. This information can help payers 
identify and prioritize relevant RWE from researchers and 
help manufacturers design RWE studies that would be 
relevant to payers. 

Methods
An interdisciplinary steering committee of payers, academ-
ics, and industry health economics and outcomes research 
(HEOR) experts was formed to develop a survey to gauge 
payer understanding of the value and use of RWE in oncol-
ogy coverage decision making.

The steering committee created a pilot survey based on 
literature reviews and current understanding of the payer 
landscape regarding the use of RWE in oncology decision 
making. The pilot survey was distributed via email to 5 
US payers in October 2019. The results were tallied, then 
a follow-up in-person discussion was held a week later 
with the steering committee and the 5 payers. Discussions 
focused on questions where the answers showed disagree-
ment or confusion. Survey questions were revised based 
on feedback from the payers, then reviewed by the authors 
prior to distribution. 

Two-tailed values are reported and a level of ≤ 0.05 was used to indi-
cate statistical significance.

RESULTS: The national survey had a 45.9% response rate, with 106 
payers responding. Most were from managed care organizations 
(MCOs; 47.5%) and pharmacy benefit managers (PBMs; 37.4%), with 
54.5% from large plans (≥ 1 million lives) and 45.5% from small plans 
(< 1 million lives). Respondents were largely pharmacists (89.9%), 
with 55.6% overall indicating their job was a pharmacy administrator. 
Most (84.9%) used RWE to inform formulary decisions in oncology to 
support comparative effectiveness in the absence of head-to-head 
clinical trials (4.1 on a scale of 1 = Not At All Useful to 5 = Extremely 
Useful) and validation of National Comprehensive Cancer Network 
(NCCN) recommendations (4.0). Almost half (41.5%) used RWE results 
to inform off-label usage decisions. Payers valued RWE pre-launch to 
inform formulary and contracting decisions and desired real-world 
comparative effectiveness data post-launch to validate coverage 
decisions. However, the majority of payers (54.7%) did not conduct 
their own real-world studies. Commonly considered RWE sources 
included claims data (79.2%), medical records (68.9%), prospective 
cohort studies (60.4%), patient registries (36.8%), and patient outcome 
surveys (33.0%). Barriers to conducting internal RWE studies included 
the lack of resources and personnel, analytic capabilities, appropri-
ate in-house data, and perceived value in conducting analyses. Payers 
expressed interest in using outcomes-based contracting in oncology; 
few have direct experience, and operationalizing through value mea-
surement is challenging. 

CONCLUSIONS: RWE providing comparative treatment data, validation 
of NCCN treatment recommendations, and information on off-label 
usage are appreciated pre launch with post launch validation. 
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Market Insights program to a panel of 
221 payers in the United States. This 
managed care panel consists of AMCP 
members who are pharmacy leaders 
involved in medication product evalu-
ation and/or utilization management 
who have agreed up front to partici-
pate in payer-based market research. 
Responses to the online survey were 
collected using SurveyMonkey.

The same survey was also distrib-
uted to 10 US payers who agreed to 
participate in a live panel discussion 
about the aggregate survey results. 
The survey results from these 10 
panelists were combined with the 
results from the broader payer panel 
mentioned above. Before the panel 
discussion, each panelist was sent a 
2018 article on the use of RWE in US 
payer decision making (non-oncology-
specific) to provide a common basic 
level of understanding around RWE.5 

The panel of 10 payers and the steer-
ing committee members convened 
virtually in March, 2020, to discuss 
survey findings.

SURVEY ANALYSIS AND STATISTICS
The survey results were pre-
sented primarily as frequencies of 
responses. Dummy variables (yes/
no) were created for each response 
on the multiple response questions. 
Categorical responses were evaluated 
using Pearson Chi-Square or Fisher’s 
exact test by plan size, plan type, and 
scope of service (regional vs national). 
Statistical significance was based on 
two-tailed values with a level of ≤ 0.05. 

Results
DEMOGRAPHICS OF 
RESPONDENTS
From the national sample of 221 AMCP 
survey respondents plus 10 payer 
panelists, 106 completed the survey, 
resulting in a 45.9% response rate. 
Table 1 shows key demographics of the 

oncology, and how organizations used 
RWE in oncology formulary decision 
making), 5 focused on the source of 
RWE (specifically internal vs external 
sources), 2 asked respondents to iden-
tify barriers to conducting their own 
real-world analyses, and 4 explored 
respondents’ experience in outcomes-
based contracting and their interest in 
using RWE to inform outcomes-based 
contracting.

Subsequently, in February 2020, 
the national on-line survey was 
distributed through the Academy 
of Managed Care Pharmacy (AMCP) 

The revised survey questions 
included 18 single-answer, multiple-
answer, and free-response questions 
about payer perceptions and use of 
RWE. Some questions asked for Yes/
No responses, some specified to 
select one or more responses from a 
given list, some allowed selection of a 
single choice from a given list, and one 
asked respondents to rank choices 
on a scale of 1 = Not at all Useful to 
5 = Extremely Useful. Of the 18 final 
RWE-relevant questions, 7 addressed 
the value of RWE (the types of deci-
sions that can be informed by RWE in 

Total 
N (%)

Small  
(< 1 million 

lives covered) 
N = 45 
n (%)

Large  
(≥ 1 million 

lives covered) 
N = 54 
n (%) P value

Organization type (n = 99)a 

Managed care organization 	 47	 (47.5) 	 24	 (53.3) 	 23	 (42.6) 0.317

Pharmacy benefit manager 	 37	 (37.4) 	 11	 (24.4) 	 26	 (48.1) 0.021

Employer group 	 12	 (12.1) 	 8	 (17.8) 	 4	 (7.4) 0.134

Government 	 9	 (9.1) 	 8	 (17.8) 	 1	 (1.9) 0.010

Integrated delivery network 	 10	 (10.1) 	 7	 (15.6) 	 3	 (5.6) 0.178

Health management organization 	 8	 (8.1) 	 5	 (11.1) 	 3	 (5.6) 0.463

Accountable care organization 	 5	 (5.1) 	 3	 (6.7) 	 2	 (3.7) 0.657

Other 	 5	 (5.1) 	 3	 (6.7) 	 2	 (3.7) 0.657

Region of united states (n = 89)

Northeast 	 26	 (29.2) 	 9	 (21.4)b 	 17	 (36.2) 0.253

Midwest 	 25	 (28.1) 	 10	 (23.8) 	 15	 (31.9) 0.644

West 	 25	 (28.1) 	 14	 (33.3) 	 11	 (23.4) 0.251

South 	 13	 (14.6) 	 9	 (21.4) 	 4	 (8.5) 0.079

Regional vs national (n = 99) 

Regional 	 49	 (49.5) 	 35	 (77.8) 	 14	 (25.9) < 0.001

National 	 47	 (47.5) 	 8	 (17.8) 	 39	 (72.2) < 0.001

Other 	 3	 (3.0) 	 2	 (4.4) 	 1	 (1.9) 0.589

Payer type (n = 99)

Commercial + government 	 64	 (64.6) 	 21	 (46.7) 	 43	 (79.6) 0.001

Government 	 19	 (19.2) 	 13	 (28.9) 	 6	 (11.1) 0.039

Commercial 	 16	 (16.2) 	 11	 (24.4) 	 5	 (9.3) 0.055

TABLE 1 Demographics of Survey Respondents

continued on next page
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usefulness in assessing comparative 
effectiveness where head-to-head 
clinical trials are not available (4.1) 
and in support of evidence to inform 
National Comprehensive Cancer 
Network (NCCN) and other guidelines 
(4.0). While still perceived as “some-
what useful,” payers ranked “historical 
controls for single-arm clinical trials” 
the least useful (2.9) on the provided 
list (see Figure 1.) Payers ranked the 
use of RWE for off-label formulary 
decision making in oncology as 6th 
in the same list, with 41.5% saying 
their organization was extremely or 
somewhat likely to use RWE results to 
inform off-label usage decisions.

When the 10 payer panelists 
met to discuss the survey findings, 
they offered additional insights. 
They agreed that in oncology, the 
interest in using RWE for decision 
making is high and growing, espe-
cially for comparative effectiveness, 
formulary placement, and financial 
considerations. They also indicated 
that for initial placement and cover-
age decisions in oncology, any RWE 
provided to P&T committees is often 
considered, in addition to data from 
randomized control trials (RCTs) and 
expert feedback. After a product has 
been launched, class-related and/or 
product-specific RWE may be used 
to reevaluate decisions or treatment 
sequencing (or treatment pathways) as 
such data becomes available.

SOURCES OF RWE
Payers reported using a variety of 
RWE from both internal and external 
sources. Claims data was reported 
to be considered by 79.2% of orga-
nizations; medical records data is 
particularly important in oncology 
RWE and was reported to be used by 
68.9% of respondents. Nearly two-
thirds (60.4%) of respondents indicated 
that they also use data from prospec-
tive cohort studies. Patient registries 
and patient outcome surveys were 

The results are organized by 4 key 
categories: (1) the current state of 
RWE use in oncology decision making 
by payers, (2) the sources of RWE 
used by payers in oncology decision 
making, (3) barriers to the use of 
RWE in oncology decision making, 
and (4) the use of RWE to support 
outcomes-based contracting in payer 
reimbursement and benefit design 
decisions. 

THE CURRENT STATE OF RWE USE
Most payers (84.9%) reported they 
use RWE to inform formulary deci-
sions in oncology. When asked 
to rank the usefulness of RWE in 
informing formulary decision mak-
ing for oncology products in various 
applications, respondents indicated 
that they perceive RWE’s highest 

respondents. The most common orga-
nizations represented were managed 
care organizations (MCOs; 47.5%) and 
pharmacy benefit managers (PBMs; 
37.4%), with plans evenly divided 
between regional (49.5%) and national 
(47.5%) plans. Private payer plans cov-
ering commercial and government 
lives represented 64.6% of the respon-
dents’ organizations. There was good 
representation across small, medium, 
and large plans, with 24.2% of respon-
dents representing plans with ≥ 10 
million members. Most respondents 
were pharmacists (89.9%). The most 
common roles included pharmacy 
administrators (55.6%) and pharma-
cists/clinical pharmacists (30.3%). 
Over half (58.6%) of respondents had 
been with their current organization 
for ≤ 5 years.

Total 
N (%)

Small  
(< 1 million 

lives covered) 
N = 45 
n (%)

Large  
(≥ 1 million 

lives covered) 
N = 54 
n (%) P value

Degrees (n = 99)a 

RPH, PharmD 	 89	 (89.9) 	 39	 (86.7) 	 50	 (92.6) 0.505

MS, MBA, MPH 	 30	 (30.3) 	 13	 (28.9) 	 17	 (31.5) 0.829

MD, DO 	 4	 (4.0) 	 2	 (4.4) 	 2	 (3.7) 1.000

PhD 	 2	 (2.0) 	 1	 (2.2) 	 1	 (1.9) 1.000

Other 	 3	 (3.0) 	 3	 (6.7) 	 0	 (0.0) 0.090

Position (n = 99)

Pharmacy administrator 	 55	 (55.6)b 	 26	 (57.8) 	 29	 (53.7) 0.839

Pharmacist 	 30	 (30.3) 	 12	 (26.7) 	 18	 (33.3) 0.516

Medical director 	 5	 (5.1) 	 2	 (4.4) 	 3	 (5.6) 1.000

Other 	 9	 (9.1) 	 5	 (11.1) 	 4	 (7.4) 0.728

Time in position (n = 99)

< 1 year 	 8	 (8.1) 	 5	 (11.1) 	 3	 (5.6)b 0.463

1-5 years 	 50	 (50.5) 	 23	 (51.1) 	 27	 50.0) 1.000

6-10 years 	 18	 (18.2) 	 5	 (11.1) 	 13	 (24.1) 0.120

> 10 years 	 23	 (23.2) 	 12	 (26.7) 	 11	 (20.4) 0.483
aPercentages total to more than 100% because multiple answers were allowed.
bPercentage does not total to 100% due to rounding. 
N = the number of respondents to answer the question (out of 106 total respondents).

TABLE 1 Demographics of Survey Respondents (continued)
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P = 0.0177). Similarly, MCOs and PBMs reported differences 
in RWE utilization, with MCOs more likely to conduct RWE 
studies than PBMs (56.8% vs 43.2%, P = 0.505). Of MCOs that 
do conduct RWE studies in oncology, 38.3% conduct studies 
to validate RCT findings, 25.5% do it to support off-label 
use, and 31.9% populate internal BIMs and CEMs. 

When asked why most payers use pharmacy and medical 
claims for RWE data, the panelists agreed it was due to 
the availability of claims data. However, the use of elec-
tronic health records (EHRs) is growing, and the panelists 
expected to see that trend continue. They indicated that 
PBMs often have less access to medical data or medical 
records, and they must often rely upon pharmacy claims 
data. The sole use of pharmacy claims data was seen as 
problematic for oncology decision making because of the 
lack of clinical or other information beyond dose strength 
and duration of therapy.

When seeking RWE from outside of the organization, 
panelists agreed that the most common way to find RWE is 
via literature searches or from manufacturer discussions.

each used in about one third of organizations (36.8% and 
33.0% respectively). PBMs and MCOs were similar in regard 
to the types of data they would consider, including medical 
records, claim data, and patient outcomes surveys. MCOs 
were more likely to consider prospective cohort studies 
than PBMs (66.0% vs 56.8%) and more likely to consider 
patient registries (42.6% vs 27.0%).

The majority of respondents indicated they do not 
conduct their own real-world studies to inform oncology 
coverage decisions More large plans (≥ 1 million members) 
indicated they were conducting their own real-world stud-
ies, but this was not significantly different from small plans 
(< 1 million members; 48.1% vs 40.0%; P = 0.417). When plans 
do conduct their own studies, it is most often used to 
populate budget impact models (BIMs) or cost-effectiveness 
models (CEMs) with their own data (53.8% of large plans, 
72.2% of small plans, P = 0.218). Large plans were more likely 
than small plans to use real-world studies to validate RCT 
findings within their own populations (69.2% vs 33.3%, 
P = 0.019) and to support off-label use (24.1% vs 13.3%, 

Question: Please describe the usefulness of the following using a response scale from Extremely Useful 
to Not at All Useful to inform formulary decision-making for oncology products. N = 99

Historical controls for single arm  
clinical trial

Assess incidence/prevalence

Evaluates patient-reported outcomes

Support off-label use

Outcomes for treatments not studied in 
clinical trials

Assesses burden of illness/cost of illness

Evaluate effectiveness in patient subgroups 
of patients not studied in clinical trials

Provides evidence to inform NCCN  
or other guidelines

Assess comparative effectiveness where 
head-to-head clinical trials not available

0.0 0.5 1.0 1.5 2.0 2.5 3.0 3.5 4.0 4.5 5.0

2.9

3.3

3.3

3.4

3.5

3.6

4.0

3.6

4.1

FIGURE 1 US Payers’ Ranking of the Usefulness of Types of RWE Studies for Informing Oncology Decision 
Making (Mean Values Shown)
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three-quarters (76.5%) saying they 
are moderately, very, or extremely 
interested, and 17.6% saying they were 
somewhat interested. Only 5.9% said 
they had no interest (see Figure 3). 
More payers from large plans covering 
≥ 1 million lives expressed interest than 
from smaller plans (48.1% vs 28.9%. 
P = 0.043). These differences in the 
use of outcomes-based contracting by 
plan size were statistically significant. 

Despite the high interest, less 
than 1 in 5 organizations (17.2%) 
reported having experience in using 
outcomes-based contracting in oncol-
ogy. Large plans appear to have had 
more experience than small plans in 
implementing these contracts (25.9% 
vs 6.7%, P = 0.015). These differences in 
use of outcomes-based contracting by 
plan size are statistically significant. 

Payers perceived a variety of barri-
ers to implementing outcomes-based 
contracting within their organizations 
(Figure 4). The most significant bar-
riers included challenges around the 
definition of outcomes to be measured 
and monitored over time (76.5%) and 
the complexity of outcomes-based 
agreements (74.5%). Nearly half of 
payers (48.0%) revealed that the cost 
of implementing such agreements is 
a challenge, the same number (48.0%) 
believe the small size of the targeted 
population is a barrier, and 34.3% cite 
a lack of personnel.

The panelists agreed that inter-
est in outcomes-based contracting 
in oncology is growing, but there is 
significant uncertainty around how 
to operationalize and capture the 
data for these contracts. They agreed 
that the definitions of outcomes and 
endpoints are key, yet difficult and 
complex to measure because they 
can be affected by adherence, proxy 
measures, co-morbidities, hospital-
izations, relapses, etc.

In addition, not all of this data 
may be readily accessible to all health 
plans, complicating an organization’s 

the lack of perceived value in conduct-
ing analyses is a barrier to conducting 
their own RWE studies (40.7% of large 
plans vs 33.3% of small plans, P = 0.533).

When panelists were asked why 
some plans question the value of con-
ducting in-house RWE studies, they 
agreed the cost of producing RWE is 
prohibitive. Given the small eligible 
patient population oncology for some 
innovative drugs, payers expressed 
concerns about the worth of con-
ducting in-house research. Instead, 
payers stated they often look to 
NCCN or other professional societies 
to incorporate RWE into published 
guidelines, thereby minimizing their 
own effort and expense of producing 
in-house RWE. Given the small num-
ber of oncology patients, payers with 
available in house data and necessary 
analytic capabilities were worried 
about whether the data produced 
would be meaningful or actionable. 

OUTCOMES-BASED CONTRACTING
Organizations have significant 
interest in using RWE to inform 
outcomes-based contracting, with 

BARRIERS TO USING RWE
Payers were asked to rank a list of 
potential barriers to conducting their 
own RWE studies (see Figure 2). The 
largest reported barrier was a lack of 
resources and personnel, which was 
a smaller concern for large plans than 
small plans (70.4% vs 91.1%, P = 0.012).

Other barriers were viewed simi-
larly between large and small payers, 
with no statistical difference in 
responses. More than half of respon-
dents reported a lack of analytic 
capabilities as a significant barrier 
(55.6% of large plans vs 57.8% of small 
plans, P = 0.824). Similarly, almost half 
of payers cited lack of appropriate 
in-house data (46.3% of large plans 
vs 48.9% of small plans, P = 0.797) 
as a barrier. There were significant 
differences between large and small 
plans in what data they used for RWE 
(P = 0.037). Large plans were more 
likely to have access to claims data 
(85.2% vs 68.9%, P = 0.088) and medi-
cal records (77.8% vs 57.8%, P = 0.049) 
than small plans . In addition, at least 
one-third of all plans responded that 

0 20 40 60 80 100
Percentage

Lack of perceived value  
in conducting analysis

Lack of appropriate  
in house data

Analytic capabilities

Personnel/resources

40.7

46.3

55.6

70.4

33.3

48.9

57.8

91.1

P = 0.012

P = 0.842

P = 0.842

P = 0.012

Question: What are some of the barriers that prevent your organization 
form conducting its own real-world analyses? (by plan size) N = 99

Small (< 1M) Large (1M+)

FIGURE 2 Barriers to Conducting in-House RWE Studies
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data in their efforts to improve costs 
and outcomes in oncology, and they 
find RWE is useful in informing oncol-
ogy formulary decisions.

While manufacturers often gen-
erate a variety of RWE, US payers 
initially are focused on comparative 
effectiveness evidence, considering 
this the most useful for differentiating 
a new entry vs standard of care, given 
that RCTs can fall short in providing 
this data. However, payers are also 
interested in other types of RWE that 
manufacturers can generate, such as 
total cost of care, burden of illness, 
treatment patterns, subpopulations, 
adverse event profiles, off-label usage, 
and economic data for possible use in 
contracting. The use of RWE in these 
various capacities is likely to grow. 
One reason for this likely growth is 
that RWE generation has become more 
robust in recent years. As the Food 
and Drug Administration and profes-
sional societies such as the NCCN 
have incorporated RWE expectations 
into guidelines and recommenda-
tions,3,4,15 RWE studies are becoming 
more structured and consistent. For 
example, the 21st Century Cures Act 
directed the FDA to evaluate the 
potential use of real-world evidence 
(RWE) to (1) support the approval of 
a new indication for a drug approved 
under section 505(c) of the Federal 
Food, Drug, and Cosmetic Act; and 
(2) to support or satisfy post-approval 
study requirements.16 Payers may ben-
efit from taking a renewed look at the 
level of RWE being generated today.

Additionally, advancing technol-
ogy is making real-world data more 
accessible for researchers to access 
and conduct meaningful studies. 
US payers consider RWE valuable at 
all phases of a product’s life cycle. 
Payers access RWE using literature 
searches, and are also interested in 
RWE generated by manufacturers 
both pre-launch and post-launch.

Payers expressed uncertainty about 
the most effective ways to implement 
contracting agreements (eg, volume-
based vs outcomes-based, rebates 
after reconciliation or discounts up 
front, etc.). They also were concerned 
with how to cross-walk evidence and 
data from the study population to 
other subpopulations within their 
plans.

Panelists expressed concern 
that because of the small popula-
tions involved with some oncology 
products, and the fact that clients 
may be unable to see or understand 
results from any changes created by 
outcomes-based contracts, the return 
on investment for outcomes-based 
contracting is sometimes seen as a 
significant challenge. 

Discussion
The results of this study suggest that 
many US payers are using real-world 

ability to measure and track the 
necessary data. Outcomes-based con-
tracting requires visibility into both 
the pharmacy and medical sides to 
see short-term and long-term impacts 
on hospitalizations, procedures, tox-
icities, and overall survival (OS) and 
progression-free survival (PFS) rates.6-11  
PBMs, for example, may not have 
access to medical data to adequately 
measure value for outcomes-based 
contracting.

However, the rate of access to this 
crucial information is expected to 
grow in the future, particularly in 
light of the trend to vertical integra-
tion, with recent mergers of PBMs 
with health plans and the growth in 
accountable care organizations (ACOs) 
and integrated plans. As vertically 
integrated organizations facilitate 
internal access to patient data, the 
ability of these organizations to imple-
ment outcomes-based or value-based 
contracting may increase.12-14 

FIGURE 3 US Payer Interest in Using RWE to Inform Outcomes-Based 
Contracting
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health records, an increased utiliza-
tion of technology over the previous 
5 years. Further, the study showed 
pharmacists felt patient care is safer, 
of better quality, and more efficient 
with the advance of EHR technology.19 
However, EHRs present challenges for 
consistent data extraction due to their 
often unstructured and incomplete 
nature.20,21 This emphasizes the need 
for more robust EHR design and the 
integration of EHR with claims data.

Payers also mentioned that real-
world evidence can be used to support 
the off-label use of medications where 
payers ordinarily would not provide 
coverage. CMS will consider reim-
bursement for off-label uses of drugs 
and biologics in an anticancer chemo-
therapeutic regime if the therapy is 
included in a compendia.22 

The increasing desire for and grow-
ing robustness of RWE research and 
technology highlights an opportunity 
for collaborative work between pay-
ers, manufacturers, researchers, and 
other stakeholders. There is a clear 
need for understanding what research 
questions are important to payers, 
physicians, and patients and how data 
can be accessed to find answers to 
those questions. Upfront, early dis-
cussions (under PIE) between payers 
and manufacturers can help target 
research resources towards payer-
relevant evidence that is considered 
impactful in coverage or contracting 
decisions, especially in areas such as 
total cost of care, burden of illness, 
treatment patterns, subpopulations, 
adverse event profiles, and economic 
data for possible use in contracting.

With the RWE field still develop-
ing, payers and manufacturers should 
work together to develop best prac-
tices for incorporating various types 
of RWE into initial decision making 
and post-launch reviews. There is also 
an educational opportunity for both 
payers and physicians to learn more 
about the expanded use of RWE and 

RWE from manufacturers prior to the 
launch of a new product.

Post-launch RWE may be used to 
reevaluate decisions or treatment 
pathways; therefore, manufacturers, 
payers, and researchers should con-
tinue to prioritize RWE before and 
after launch. 

Internally, payers who conduct their 
own RWE studies or validate RWE 
studies using their own data often 
use medical and pharmacy claims 
data because of ready availability, but 
they acknowledged the limitations 
of such data in deducing treatment 
patterns, identifying progression-free 
and overall survival, and generating 
comparative effectiveness evidence. 
For this reason, the use of electronic 
health records (EHRs) in oncology is 
growing. For example, a recent survey 
of US hematology/oncology clinical 
pharmacists revealed that respon-
dents reported they spend 84.1% of 
their workdays working in electronic 

Pre-launch RWE is desirable 
because it can be delivered to P&T 
committees along with RCT data and 
expert feedback. However, payers 
were significantly concerned that 
comparative effectiveness RWE on a 
new product is generally not available 
at the time of launch, and a certain 
amount of uptake is required prior to 
seeing RWE studies in the literature or 
generated by individual health plans. 
Therefore, payers would benefit by 
seeing additional types of RWE such 
as disease prevalence and cost, cur-
rent treatment patterns and standard 
of care, and adverse event profiles 
to better understand the appropriate 
positioning of a new product. While 
this type of RWE is often available 
from clinical trials, the payer panel-
ists reported that they seldom see 
it. This highlights an opportunity for 
payers to use preapproval information 
exchange (PIE) guidelines17,18 to request 
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