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Patient-Centered Outcomes Research Institute
PCORI Seeks Your Input On...
Working Definition of “Patient-Centered Outcomes Research”

What is the Patient-Centered Outcomes Research Institute?

The Patient-Centered Outcomes Research Institute (PCORI) is an independent, non-profit research
organization created to help patients and those who care for them make better informed health
decisions. PCORI will commission research that is responsive to the values and interests of patients and
will provide patients and those who care for them with reliable, evidence-based information for the
health care choices they face. To learn more about PCORI, visit our website: www.pcori.org.

Explanation of this input opportunity:

“Patient-centered outcomes research” is the type of research that will be the focus of PCORI’s work.
There are different opinions about what this research includes. PCORI has created a working definition,
so that we can have a shared understanding to guide our work. PCORI wants your input to make sure
the definition is appropriate. This opportunity is open to everyone. PCORI will review all of the input it
receives and then update the working definition as needed based on the feedback provided.

When can you provide input:
You can provide input until 11:59 p.m. Eastern Time on Friday, September 2, 2011.

How to provide input:
There are three ways you can provide input:
1. You can complete this form and click “Submit” on the last page, which will send it to PCORI by
email.
2. You can complete this form, print it out* and mail it to PCORI at:
Patient-Centered Outcomes Research Institute
Attn: PCOR Input
5185 MacArthur Blvd., NW, Suite 632
Washington, DC 20016

*If your “Additional Comments” for any question extend beyond the visible space provided,
please print out those comments on a separate page and return them with this form.

3. You can complete this questionnaire on PCORI’s website through this page:
http://www.pcori.org/provideinput.html

You are NOT required to provide any personal identification in order to provide input. However, you
may provide such information if you are willing to be contacted if PCORI has questions about your
comments. PCORI’s privacy policy, which explains how PCORI handles information it receives, is
available on PCORI’s website here: http://www.pcori.org/privacy.html.

Questions about this input opportunity may be directed to PCORI by email to info@pcori.org or by
phone to 202-683-6690.
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Patient-Centered Outcomes Research Institute
PCORI Seeks Your Input On...
Working Definition of “Patient-Centered Outcomes Research”

Below you will find:
* the working definition of patient-centered outcomes research,
¢ four questions about the definition, where we would like your feedback,
* an opportunity for you to provide general feedback on the definition, and
* an opportunity for you to provide personal identification information, if you would like to.

You may provide input on any of the questions. You are NOT required to answer all the questions.
The working definition of patient-centered outcomes research is provided in the below box. The

definition includes four questions the research answers and a list of ways the research can provide
answers.

Patient-Centered Outcomes Research (Working Definition)

Patient Centered Outcomes Research (PCOR) helps people make informed health care
decisions and allows their voice to be heard in assessing the value of health care options.
This research answers patient-focused questions:

1. “Given my personal characteristics, conditions and preferences, what should |
expect will happen to me?”

2. “What are my options and what are the benefits and harms of those options?”

“What can | do to improve the outcomes that are most important to me?”

4. “How can the health care system improve my chances of achieving the outcomes |
prefer?”

w

To answer these questions, PCOR:

* Assesses the benefits and harms of preventive, diagnostic, therapeutic, or
health delivery system interventions to inform decision making, highlighting
comparisons and outcomes that matter to people;

* s inclusive of an individual's preferences, autonomy and needs, focusing on
outcomes that people notice and care about such as survival, function,
symptoms, and health-related quality of life;

* Incorporates a wide variety of settings and diversity of participants to address
individual differences and barriers to implementation and dissemination; and

* Investigates (or may investigate) optimizing outcomes while addressing burden
to individuals, resources, and other stakeholder perspectives.
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Patient-Centered Outcomes Research Institute
PCORI Seeks Your Input On...
Working Definition of “Patient-Centered Outcomes Research”

Please provide PCORI your feedback on the working definition of patient-centered outcomes research
below. The spaces provided for comments have an 8,000-character limit.

1. Does the definition place appropriate emphasis on, and convey the importance of, the “patient-
centeredness” of the PCORI mission?

O
O]
O

Yes
No
Don’t Know/Not Sure

Additional Comments:

PhRMA appreciate® CORI’'srecognitionof the centralimportanceof
patient-centerednessits mission. PCORIhaspresentec draft definition with many
importantelements. For examplethedraft definition identifiesseveralbf the core
featuref patient-centeredutcomesesearci{PCOR)thatareincludedin the Patient
ProtectionandAffordable CareAct, suchasindividual preferencesautonomyand
needsandrecognizinghatindividual needsaredifferent.

However,we believeseverakchangesareneededo align the definition with statuteand
clearlyfocusit on patient-centerednes©ur recommendedhangegprimarily address
thefirst portionof the definition. We alsorecommendninor changedo someof the
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2. Is the definition consistent with the intent of the statute that established PCORI? (The text of the
statute is available on the PCORI website: http://www.pcori.org/images/PCORI EstablishinglLeg.pdf )

9
®
O

Yes
No
Don’t Know/Not Sure
Additional Comments:

PCORIshouldensurehatthe definitionis consistennhot only with theintentof the
statute(which mustbeindirectly ascertainedput the substancef the statuteitself.

PCORIshouldrevisethe definition of “patient-centeredutcomesesearch'to explicitly
referenceandalign with theresearchmandatedefinedfor PCORIin statute Without
thesechangesthe definition couldleadto a broadeningpf PCORI'swork beyondits
statutorymandateanda lossof focuson the need=f patientsandtheir caregivers.

The currentdefinition doesnot referencehe existingstatutorydefinition of researcho
be conductedby PCORI,andit doesnot specifythetypesof outcomego be evaluated.
Rather it includesthe moregeneraktatementhat PCOR"helps peoplemakeinformed

healthcaredecisionsandallow their voiceto be heardin assessinthe valueof health
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3. Is the definition broad enough to include the range of research that PCORI should fund?

@)
@)
O]

Yes
No
Don’t Know/Not Sure
Additional Comments:

TheresearchhatPCORIshouldfund was,asnotedearlier,definedin statute Our
responsdocuseson whetherthe definitionis consisten(is it broadenoughandis it not
too broad)with therangeof researclihatPCORcomprisesOn somedimensionsthe
answerto this questionis “yes,” on otherdimensions;no.”

Thefour questiongposedn theworking definition accuratelyandeffectively conveythe
broadscopeof researchhatis relevantto patients andthe currentdraft recognizeshat
thereareawide rangeof healthoutcomeghatmatterto patients suchasquality of life,
survival,andexperiencef symptoms.

At thesametime, we urgePCORIto adoptseverakchangedo ensureghedefinitionis
consistentvith PCORandwith PCORI'sstatutorymandategor researchFirst, as
describedabove thefirst sentencef the definition shouldincorporatenewlanguagehat
explicitly focuseson clinical andhealthoutcomes.

4. Does the definition adequately convey the rationale outlined in the rationale document?
(The rationale document is available on the PCORI website:
http://www.pcori.org/images/PCOR Rationale.pdf)

O
O
O)

Yes
No
Don’t Know/Not Sure
Additional Comments:

PhRMA believeshoththe definition andtherationaledocumenshouldbe modifiedto

ensurePCORI’sresearchs patient-centeredndconsistentvith the Institute’sstatutory
mandate.

In regardto consistencyetweerthe working definition andrationaledocumenttheyare
inconsistentn describingthe purposeand“owner” of the definition. Theworking
definition describest asa PCORIdefinitionthatwill guideall of PCORI’'swork,
whereagherationaledocumentlescribeshe definition asdevelopedy a PCORI
MethodologyCommitteesubgrouporimarily “for the purposeof clarifying the scopeof
themethodologycommittee’swork andfor otherpotentialPCORIuses.”PCORIshould
reconciletheseinconsistencies thefinal documents.
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5. Please use the following space to provide any additional comments you have about the
definition.

Additional Comments:

1) Theexplanationn theintroductionto the working definition notesthat“thereare
differentopinionsasto whatthis [PCORI] researchncludes.”While we agreethatit is
thecase PCORI’'sresearctshouldbe guidedby the statute which includesmuch
specificitythatshouldresolvedifferencesof opinion. This sentenceouldinadvertently
serveto deemphasizéhefoundationakole the statuteplaysin guiding PCORI’'swork,
andshouldbedeleted.

2) As notedin our responseabove severabf the surveyquestionsould havebeen
wordedmoreclearly or focusedon otheraspect®f the definition. This reflectsthe
inherentimitation of usinga surveyinstrumentasthe basisof gatheringnput. While we
recognizethereis somebenefitin providingcommentshataremoreeasilycategorized,
useof a surveyalsoinevitablyintroducedimitationsthatmay skewinput towards
particularissuesor responsesVe recommendhat PCORIshift to moreopen-ended
toolsfor gatheringnput moreakin to the FederaRegistemoticespublishedoy federal
agencieshatsolicitinputon proposedgolicies.

3) Throughoutthedocument;harm” shouldbereplacedwith “risk”. Thiswould serve
theimportantpurposeof makingthe definition consistentvith PCORI’sstatutory

Contact Information

Note: You are NOT required to provide any personal identification in order to provide input. However,
you may provide such information if you are willing to be contacted if PCORI has questions about your
comments.

First Name |Randy

|
Last Name |Burkholder |
Organization |PhRMA |
Email Address |rburkholder@phrma.org |
|

|

|

Address 1 [950F StreetNW
Address 2 |Suit6300
City [Washington
State
Zip

Submit via %
email pcori’
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	Question1: No
	Question1Comments: PhRMA appreciates PCORI’s recognition of the central importance of patient-centeredness to its mission.  PCORI has presented a draft definition with many important elements.   For example, the draft definition identifies several of the core features of patient-centered outcomes research (PCOR) that are included in the Patient Protection and Affordable Care Act, such as individual preferences, autonomy and needs, and recognizing that individual needs are different. 

However, we believe several changes are needed to align the definition with statute and clearly focus it on patient-centeredness.  Our recommended changes primarily address the first portion of the definition. We also recommend minor changes to some of the additional descriptive content as well. Ultimately we feel this definition should be less cumbersome and more accessible to patients.

In regard to the first survey question, we recommend the first sentence be modified to clearly focus on patients. Currently, this sentence is so broad that it loses the focus on the needs of patients and caregivers as the primary objective. For example, because the definition uses the term “people” rather than “patients and their caregivers,” it is not clear what is meant by allowing “their” voice to be heard.  We recognize that PCORI’s purpose extends to informing a wide range of health care decision-makers; however, to achieve the goal of patient-centeredness, the definition of PCOR should place a priority on the information needs of patients and their caregivers and providers. 

The first sentence of the definition should be revised to state that PCOR “responds to the expressed needs of patients and their caregivers and providers to help them make informed health care decisions by providing comparative clinical effectiveness and health outcomes information on a wide range of items and services (as defined in Sec. 1181(a)(2) of the Patient Protection and Affordable Care Act).” (This and subsequent recommendations are shown in the summary section at the end of this document.) 

This recommendation also will ensure the definition reflects the research outcomes included in PCORI’s statutory mandate by focusing on comparative clinical and health outcomes. The draft definition is vaguer on this point, stating that research is intended to help people “is assessing the value of health care options,” but it is unclear how the term “value” is being defined. 

These proposed revisions also should carry through to the descriptive bullets in the definition. Specific changes to the bullets (e.g., including the term “health outcomes and clinical effectiveness” in the first bullet) are described in our response to question 5 below. 

	Question2: No
	Question2Comments: PCORI should ensure that the definition is consistent not only with the intent of the statute (which must be indirectly ascertained) but the substance of the statute itself. 

PCORI should revise the definition of “patient-centered outcomes research” to explicitly reference and align with the research mandate defined for PCORI in statute. Without these changes, the definition could lead to a broadening of PCORI’s work beyond its statutory mandate and a loss of focus on the needs of patients and their caregivers.
The current definition does not reference the existing statutory definition of research to be conducted by PCORI, and it does not specify the types of outcomes to be evaluated. Rather, it includes the more general statement that PCOR “helps people make informed health care decisions and allow their voice to be heard in assessing the value of health care options.”  (The section of PPACA creating PCORI defines “comparative clinical effectiveness research” and “research” to mean “research evaluating and comparing health outcomes and the clinical effectiveness, risks, and benefits of 2 or more medical treatments, services, and items,” and defines “medical treatments, services and items” as “health care interventions, protocols for treatment, care management, and delivery, procedures, medical devices, diagnostic tools, pharmaceuticals (including drugs and biologicals), integrative health practices, and any other strategies or items being used in the treatment, management, and diagnosis of, or prevention of illness or injury in, individuals.”).  

The revisions to the definition we recommend in response to question 1 and at the end of the survey will make the definition more consistent with the statute by a) explicitly referencing the relevant research definitions in statute, b) clearly focusing on patient needs, c) reflecting the statute’s language that focuses PCORI’s research mandate on comparative clinical effectiveness and health outcomes, and d) encompassing the range of interventions described in statute.

The working definition appropriately identifies some of the other core elements of PCOR that are included in PCORI’s guiding statute, such as a recognition of differences in patients’ needs and inclusion of outcomes such as quality of life.  

	Question3: DKNS
	Question3Comments: The research that PCORI should fund was, as noted earlier, defined in statute. Our response focuses on whether the definition is consistent (is it broad enough and is it not too broad) with the range of research that PCOR comprises. On some dimensions, the answer to this question is “yes,” on other dimensions, “no.”  

The four questions posed in the working definition accurately and effectively convey the broad scope of research that is relevant to patients, and the current draft recognizes that there are a wide range of health outcomes that matter to patients, such as quality of life, survival, and experience of symptoms. 

At the same time, we urge PCORI to adopt several changes to ensure the definition is consistent with PCOR and with PCORI’s statutory mandate for research. First, as described above, the first sentence of the definition should incorporate new language that explicitly focuses on clinical and health outcomes. 

In addition, the language in the final descriptive bullet should be revised. This bullet states that PCOR “investigates (or may investigate) optimizing outcomes while addressing burden to individuals, resources, and other stakeholder perspectives.” While we appreciate and support the intent of examining interventions at the delivery system level that may impede or support the ability of patients to achieve high-quality care and health outcomes that are important to them, the current language can be interpreted as encompassing economic and cost considerations and therefore extends beyond PCORI’s statutory mandate for patient-centered outcomes research.  

PCORI should revise this bullet to focus on evaluating approaches to care management, organization and delivery that support high-quality care and achieving the health outcomes that matter to patients and their caregivers.  Our recommendation is fully consistent with the statutory definition of PCOR referenced above.    

Specifically, the description of PCOR should include language stating that PCOR “investigates strategies for optimizing health outcomes through improvements in how patient care is organized, managed and delivered.”

In addition, the description should include a separate bullet that recognizes the importance of effectively communicating research results in support of patient-centered care. Specifically, language should be added stating that PCOR “communicates research results in ways that are comprehensible and useful to patients, providers and caregivers in making healthcare decisions, including clearly conveying limitations of the research.” This change would further align the definition with the range of factors identified in statute for achieving patient-centeredness in clinical outcomes research. The criteria for disseminating research results to patients and providers included in the PCORI statute represent a novel approach to communicating research based health information in ways that are practical for patients and providers, convey “limitations of the research,” and recognize individual patient variation (for example, by directing PCORI to “discuss considerations specific to certain subpopulations, risk factors, and comorbidities, as appropriate” in communicating results). PCOR should seek to identify best practices in applying these criteria, and the ways in which dissemination tools such as shared decision-making and clinical decision support could best integrate these requirements.  

	Question4: DKNS
	Question4Comments: PhRMA believes both the definition and the rationale document should be modified to ensure PCORI’s research is patient-centered and consistent with the Institute’s statutory mandate.

In regard to consistency between the working definition and rationale document, they are inconsistent in describing the purpose and “owner” of the definition. The working definition describes it as a PCORI definition that will guide all of PCORI’s work, whereas the rationale document describes the definition as developed by a PCORI Methodology Committee subgroup primarily “for the purpose of clarifying the scope of the methodology committee’s work and for other potential PCORI uses.” PCORI should reconcile these inconsistencies in the final documents. 

	Question5Comments: 1) The explanation in the introduction to the working definition notes that “there are different opinions as to what this [PCORI] research includes.” While we agree that it is the case, PCORI’s research should be guided by the statute, which includes much specificity that should resolve differences of opinion. This sentence could inadvertently serve to deemphasize the foundational role the statute plays in guiding PCORI’s work, and should be deleted. 

2) As noted in our responses above, several of the survey questions could have been worded more clearly or focused on other aspects of the definition. This reflects the inherent limitation of using a survey instrument as the basis of gathering input. While we recognize there is some benefit in providing comments that are more easily categorized, use of a survey also inevitably introduces limitations that may skew input towards particular issues or responses. We recommend that PCORI shift to more open-ended tools for gathering input more akin to the Federal Register notices published by federal agencies that solicit input on proposed policies. 

3) Throughout the document, “harm” should be replaced with “risk”.  This would serve the important purpose of making the definition consistent with PCORI’s statutory requirement for comparative clinical effectiveness research, which calls for the Institute to conduct research assessing the “health outcomes and clinical effectiveness, risks and benefits” of two or more interventions.  Further, this change would recognize that patients must evaluate trade-offs of any treatment option with their health care providers.  

4) Regarding the statement: “This research answers patient-focused questions: 1. Given my personal characteristics, conditions and preferences, what should I expect will happen to me?”, we appreciate the recognition that patients' differing clinical conditions and characteristics often contribute to different outcomes or optimal care pathways. However, we recommend that the working definition adopt a term that is clearer than “personal characteristics” so that it does not suggest a false certainty that a particular set of characteristics or diagnoses will invariably lead to an expected outcome.  

Summary of recommended changes:
PhRMA suggests PCORI revise the draft definition of PCOR, and would like to provide a complete revised definition for your reference: 

"Patient-Centered Outcomes Research (PCOR) responds to the expressed needs of patients and their caregivers and providers to help them make informed health care decisions by providing comparative clinical effectiveness and health outcomes information on a wide range of items and services (as defined in Sec. 1181(a)(2) of the Patient Protection and Affordable Care Act).
"This research answers patient-focused questions:
• “Given my clinical circumstances, conditions and preferences, what should I expect might happen to me?” 
• “What are my options and what are the benefits and risks of those options?” 
• “What can I do to improve the outcomes that are most important to me?” 
• “How can the health care system improve my chances of achieving the outcomes I prefer?”
 
To answer these questions, PCOR:
• Assesses the health outcomes and clinical effectiveness of 2 or more preventive, diagnostic, therapeutic, or health delivery system interventions to inform decision making, highlighting comparisons and outcomes that matter to patients and their providers and caregivers; 
• Is inclusive of an individual patient’s preferences, autonomy and needs, focusing on outcomes that patients and their providers and caregivers notice and care about such as survival, function, symptoms, and health-related quality of life; 
• Incorporates a wide variety of settings and diversity of participants to address individual differences; 
• Investigates strategies for optimizing health outcomes through improvements in how patient care is organized, managed and delivered;  
• Communicates research results in ways that are comprehensible and useful to patients, providers and caregivers in making healthcare decisions, including clearly conveying limitations of the research."
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