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Overview

1. Quality of Life/ Patient-reported outcomes
a. Definition
b. Assessment

c. Areas of application (clinical trials, routine clinical care)

2. Quality of Life in haematology/haematooncology

3. Outlook and perspective of Quality of Life assessment
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~==g0_) Measures of treatment evaluation

- QOL have become an important outcome
supplemental to clinical parameters
(e.g., survival, toxicity ratings, costs)

—>second in importance to survival (ASCO, 1996)

a. Definition
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QOL is a multidimensional construct

‘HRQOL is a multi-domain concept referring to the effect of an illness and its therapy upon a
patient’s physical, psychological and social wellbeing, as perceived by the patients

g themselves. In clinical research, HRQOL measures can provide a means of capturing the personal
&= and social context of the disease experience.”
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mwm:‘ QOL is a patient-reported outcome

,A patient-reported outcome (PRO) is any report of the status of a patient’s
health condition that comes directly from the patient, without interpretation of
the patient’s response by a clinician or anyone else.” (FDA 2006)

a. Definition

PROs
- are standard tools for eliciting patient experience

« provide a patient-centered description of toxicity (e.g. of hematopoietic cell
transplantation), complementary to information reported by clinicians

include reports of disease symptoms (eg. nausea, fatigue, pain), treatment
adverse effects, functional status and quality of life (QOL)
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4 THE FUTURE OF PATIENT-CENTERED CARE AND RESEARCH

The Rise of Patient-Reported Outcomes in Oncology

MAY 26, 2016 numE

By Ethan Basch, MD, MSc

Article Highlights

« Patient-reported oufcomes (PROs) are reflections of how patients feel and function and are measured via questionnaires.

« Electronic "ePRO" software enables patients fo self-report via the [nfernel, automated felephone systems, or downloadabie applications.

= Multiple studies have been conducted that tested whether it is feasible to integrate PROs info routine cancer care (it is), and whether oufcomes are improved as a
result (they ars)

« ASCO has @ PRO committee that is developing and testing PRC measures, which, in the future, may be used to assess quality within ASCQ's Quality Gncology
Practice Initiative

Just afew years ago, few had heard of the term “patient-reported outcome® or “PRO.” Now, PRCs seem to come up About the Author.
frequently in discussions about almost every aspect of ancology—in clinical care delivery, clinical trials, quality P

assessment, and comparative effectiveness research (Fig. 1 shows uses and benefits of PROs in each of these
contexts),

Or. Basch is a University of North Gar-
olina [UNE) Lineberger Comprehan-
siva Cancer Castar man

af Cancer Outcomes Research, and
assaciats prafassar in UNG-Ghapsl
Hil Department of Medicine in the
Division of Hemotalogy and Oncalogy.

PROs are reflections of how patients feel and function—for example, symptoms related to disease or loxicities,
physical functioning, or quality of life. They are measured via guestionnaires that are rigorously developed and tested
to assure thatthe questions are clear, that they are measuring what we think they are measuring, thatthey are reliable,
and that scores change as we might expect. Click to Expand.

PROs in Routine Cancer Care

ASCO DA

PROs in Clinical Trials

Drug development trials are perhaps the mostwell-traveled context in which PROs have been used in oncology. Many  Fig. 2

ofthe PRO questionnaires in use today were developed for use in clinical trials. The U.S. Feod and Drug Fig
Administration (FDA) has provided guidance on methods for developing and using PROs in product development and ‘g:;mmj
has indicated that benefits in PROs can be the basis for full drug approval and that PRO endpeints can be an d
essential adjunctin trials with pregression-free survival primary cutcomes or non-inferiority designs

Recently, the FDA has encouraged the use of PROs to assess three complementary but distinct areas in cancer
clinical frials specifically. disease-related symptoms (e.g., pain related to metastases), physical functioning (e.g., the
ability to conduct activities of daily life}, and symptomatic adverse events (e.g., measured by the National Cancer
Institute's new PRO version of the Commen Terminology Criteria for Adverse Events). The June & Education Session
“Integrating Patient-Reported Outcomes Into Cancer Clinical Trials and Regulatory Review” will highlight hese efOmS | L. . s sk cee seriest st et 758 setmsl. e the bisgaiss
(visit the ASCO iPlanner on the Attendee Resource Center fam.asco.orgrarc] for session time and location information). | it s i e meson o (0 3 g

s
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PROs in Routine Cancer Care

Fig.1_ . Interest is burgeoning to integrate systematic collection of symptoms from patients during routine cancer clinical care
a: i This is generally done using electronic “ePRO” software that enables patients to self-reportvia the Internet, automated
i are Delivry
. systems, or i 15 Patients can report during visits via iPads or self-senvice computer

kiosks, and between visits using their own devices. Reports showing longitudinal symptom frajectories in tables or
graphs can be viewed by clinicians atvisits, and email alerts can be triggered in real-time to nurses anytime a severe
of worsening symptom is self-reported.

Most of the major electronic health record (EHR) vendors can support this function te some extent. Although most
systems are still rudimentary, they are advancing with each software update. Most commeonly, ePROs are collected
through the EHR's patient portal, which can push email invitations to patients asking them to complete online
questionnaires. These systems require patients to be signed up for the portal, generally include unattractive
questionnaires, and don't provide intuitive ways for clinicians to view the PRO information in the medical record.
However, local customizations are possible to improve these functions, or a third-party ePRO system can be licensed

T R m o
ROk . 0 ,:,;w to avoid these limitations. Itis expected that all ofthese EHR functions will rapidly improve.

N S Wl e Multiple studies have been conducted (see references below) that tested whether it is feasible to integrate PROs into
pevet <ot e anach | routine cancer care (itis), and whether outcomes are improved as a result (they are).

Click to Expand. Feasibility: In general, when patients receiving active cancer treatment or following cancer surgery are offered an

PROs in Quality Assessment

An area of rapid developmentis the use of PROs to measure quality of care delivery. Other specialties are ahead of oncology. In orthopedics, for example, pain, mobility
and physical functioning are increasingly assessed via PROs postoperatively to assess performance at the practice or provider level. Most PRO-based quality metrics
assess control of symptoms or physical functioning, which differentiates them from patient satisfaction or experiential guestionnaires that assess processes such as
timely returning of telephone calls by clinicians

ASCO has a PRO committee that is developing and testing PRO measures, which, in the future, may be used to assess guality within ASCO's Quality Oncology Practic
Initiative (QOPI®). ASCO is following standards for PRO-based quality measures established by the National Quality Forum and is drawing from ongoing outside initiati
For example, PRO measures to assess quality of oncology care are currently being piloted across the state of Minnesota, and ASCO is a partner in these efforts

An example of a PRO-based guality measure is the proportion of patients in a practice with metastatic disease receiving systemic therapy who experience moderate or
worse pain. Similar measures might be used for other symptoms, such as nausea or constipation. Key considerations when developing PRO-based quality measures
include meaningfulness to patients and responsiveness to changes in clinician behavior (*actionability”).

PROs in Comparative Effectiveness Research

Studies designed to understand treatment benefits and harms in real-world contexts often aim to understand the patient experience via PROs. Registries and pragmat
trials increasingly integrate PROs, and PROs have been strongly encouraged by the major U.S. funder of comparative effectiveness research (CER), the Patient-Center
Qutcomes Research Institute. For example, arthralgias with aromatase inhibitors (and resulting drug discontinuation) and urinary/s exual symptoms following

rrnstatertrmy haus haan charastaisad thraink nraenacfive ranictr chidise




“*-,,-;m.'::ﬁ:‘ How to assess QOL in oncology

= * Karnofsky Performance Status used to assess patient’s health status

ag’ » Since 1990s: multidimensional QoL assessment instruments have been

§ developed

§ — Generic instruments: SF-36

s — Cancer specific: e.g., EORTC QLQ-C30 (Aaronson et al.), FACT-G (Cella
g et al.): core questionnaire and site specific modules

o
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- Always use a VALIDATED questionnaire
(operationalised, standardised, comparable across languages and cultures)
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mwmw How to assess QOL in oncology

£ EORTC QLQ-C30: QOL questionnaire developed by U’E-»ngc
g ‘ enipy
§ 6 Functioning Scales 9 Symptome Scales
< « Physical Functioning Fatigue
o « Emotional Functioning « Pain
| » Social Functioning * Nausea/Vomiting
* Role Functioning « Dyspnea
* Cognitive Functioning » Gastrointestinal Problems
* Global QOL « Pain

o
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* Appetite Loss
» Sleep disturbances

30 questions «  Financial impact
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1. QOL/PRO

EORTC QLQ-C30 (version 3)

We are interested in some things about you and your health. Please answer all of the questions yourself by circling the
number that best applies to you. There are no "right" or "wrong" answers. The information that vou provide will
remain strictly confidential.

Please fill in your initials: A |
Your birthdate (Day. Month, Year): Lo b o 1311
Today's date (Day. Month. Year): 3 L 111 wi1id
Not at A Quite  Very
All Little aBit Much
1. Do you have any trouble doing strenuous activities,
like carrying a heavy shopping bag or a suitcase? 1 2 3 4
2. Do you have any trouble taking a long walk? 1 2 3 4 P h yS I ca I F un Ctl on I n g
3. Do vou have any trouble taking a short walk outside of the house? 1 2 3 4
4. Do you need to stay in bed or a chair during the day? 1 2 3 4
5. Do you need help with eating. dressing. washing
yourself or using the toilet? 1 2 3 4
During the past week: Notat A Quite  Very
All Little aBit Much
6. Were you limited in doing either your work or other daily activities? 1 2 3 4
7. Were you limited in pursuing your hobbies or other RO I e F u n Ctl onin g
leisure time activities? 1 2 3 4
8. Were you short of breath? 1 2 3 4 Dys p nea
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b. Assessment

1. QOL/PRO

q-n,-afuamp

modular approach: EORTC

- core questionnaire (QLQ-C30)

- modules specific to tumour site, treatment modality or a QOL dimension
(e.g. EORTC QLQ-HighDoseChemotherapy29, MY20)

For example:

EORTC QLQ-HDC29 for the assessment of issues relevant for patients undergoing
high-dose myeloablative treatment with haemotological stem cell transplantation.

- 6 multi-item scales (Gastrointestinal Side Effects, Body Image, Impact on Family,
Sexuality, Issues During Hospital Stay, Worries/Anxiety)

- 8 single-items (Skin Problems, Fever, Aches in Bones, Urine Frequency, Ability to Finish
Things, Taking Regular Drugs, Fertility, Spirituality)
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General recommendation:

perform data collection electronically (ePRO) whenever possible:

reduces need of human resources for data collection and work load

increases data quality compared to paper-based systems (less missing data, CAT)
can be linked to clinical and administrative databases (eHealth records)

can easily extend QOL/ symptom assessment beyond the hospital (web-based)

patients are more likely to report sensitive information via electronic interfaces
(e.g. impaired sexual functioning, depression, incontinence)

b. Assessment

1. QOL/PRO
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How to assess QOL in oncology

Needs adequate, flexible and user-friendly QOL data collection systems (IT, infrastructure)

Example: CHES (Computer-based Health Evaluation System)

« Software solution for real-time collection, calculation and
presentation of QOL/ PRO data

=+ Collaboration with EORTC QLG since 2009, CHES.cutD
EBMT since 2015 (providing IT-infrastructure for

the GVHD registry of the German-Austrian-Swiss GVHD
Consortium)

b. Assessment

 Complementing Austrian Myeloma Registry with QOL data

1. QOL/PRO
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CH=S  patientList

No patient selected — Search VA_ ®

wid Reminder Patient Admisson day Last modification Date of 1st report UPN Hospital ID
e Q 8001 1161 24/02/2017 17/10/2007 22/09/2006 3004
m 8001 5058 24/02/2017 17/10/2007 21/12/2006 565
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O 8001 914 24/02/2017 08/10/2009 28/02/2005 1234
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Sie befinden sich hier:  Patientendaten = Basisdaten

MED-A (EBMT Register) st diagnosis of aGvHD Maximum Severity

Sociodemographics/ patient data HSCT-treatment Donor

rmat rod
Patiznt (ID): Lestdisgnosisbefore L J Treatment: 23.12.2014 Muttiple denars ar
this tregtment difterant sources of
e . Centre in which this -
Patient (IDAA): 1652 Diiversity ﬂ stem cells:
Ui A L treatment was given: Y

transplant (days):
UPN Hospital ID: 1652 T Total number of

i o Country of the centre:.  Germany R

== = =
GvHD-reported in EBMT-database Other treatments: DLIs, cell therapies Rel: ind Survival

)
c
()]
£
0
()
(]
0
7))

<

™ Chronic graft versus |\; Date of treatment: Assessment at last

02.04.2015
host disease {cGvHD) follow-up:

Other cell therapy (non o

= HSCT): No Disease status (at last &

Extent of cGvHD: |~ FU)- | =

Donor lymphocyte J o

Relapse or progression

Assessment date: infusion (DLI): pse or prog %

after transplant |

== == &

1. QOL/PRO
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Patientenliste ~ Patientendaten -

Severity of the patient’s chronic GVHD X m

Datum des Eintrags: 12.12,2015

Remission

() Firs: diagnosis

Sie befinden sich hier: Patientendaten  Verlaufsdaten

Datwm des Einrags 12.12.2015

Current status Late scute GVHD Chronic GVHD

Staging diagnosis

Follow up of cBVHD: [ ]

() Comslete remission

() Panis! ramiasion |
() Deterioration GVHD |

| () Na change

(W but =i d ‘wther organ

() denovo cGVHD

Diagrosis Ristory*: (0) guiescent onset
{7) progressive onset |

Please rate the severity of the patient’s chronic GVHD:

() cGVHD symptoms
= arenotal| severe

o1 “_“.2 ‘ O ‘ o4 ‘ O ‘nn ‘g.v ‘Js

g | (O 5BVHD symproms are
o mas severs possible

Plateieis < 180/n(7* O

Which organ impairs the patient most and is focused in response assessment?:

b. Assessment

a litte moderately very
worse worse worse

Deterior

Impron
deterior]

O |ee O |a
. r— i R
Indicators, features or complications Severity (| ‘ - ‘ -
‘D ‘Empl‘aguu ||:| s |
- —~ ) Firsi dig
Cymild () moderate ‘ ‘ | ‘ |
Severity of Symptoms®: = = . Joirts Orber
s () severe ‘ () Lample] L] (]
| @ Parsal
() mitd () moderas = Vb
Pleurs Effusions: S b Reliis
() severe |

o |o O \
(S E
EEE R
O (] O

(N = =
|o |o ] |

1. QOL/PRO
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C H E S Patient List

77777,born on 10.02.1938

tart| 14.01.2015
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1. QOL/PRO

Patient Data

2022015 [ -l

Survey Export

E General Populatio e

Documents

admin =

it| Barchart with colore

QOL data — graphical presentation

QLQ-c30
Functioning Symptoms
[ ]
Al Fatigue 4l Nausea / vomiting Pain Dyspnea
1000 HO N 16 1000 LDL Cholesterid &, ygpp 1000
75.0 4 P12 75.04 P 200 75.0
50.0 ~ =i 50.0 k150 50.0 -
25.0 4 S 250 + 100 250
X X
0.0 =0 0.0 = 50 0.0
14.01. 0202, 09.02. 23.02. 24.02 14.01. 02.02. 09.02. 23.02. 24.02. 1401, 0202 09.02. 23.02. 2402 14.01. 0202, 09.02. 2302 2402
2015 2015 2015 2015 2015 2015 2015 2015 2015 2015 2015 2015 2015 2015 2015 2015 2015 2015 2015 2015
Sleep Disturbances Appetite Loss Constipation Diarrhea
100.0 100.0 100.0 100.0
75.0 + 75.0 75.0 + 75.0 +

il
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mwm:“ Areas of application of PRO assessments

1. QOL in clinical trials and CER: 1 ptiont roports sevare nausea

_foﬂowing chemotherapy, this ) =S

as primary/ secondary end-point; ,labeling claims* E;:Si‘ié‘éﬁ?i%ﬁ%i’;ﬁt{;ﬁ.ﬁff““ JO _y _

. . advice about supportive treatments A

(FDA, EMA); treatment safety studies (AE reporting) | soeeiemeien,, 20
e ) |
- PRO

sse| SYSTEM

to evaluate effectiveness of nausea

2. QOL in routine cancer care: manageme, snd to fure ptients

| to understand what expect with
treatment.

screening/ monitoring, continuity of care //m

ol
3. QOL in cost effectiveness research: v l@l
as a utility measure (health economics, HTA analysis)

c. Application

CLINICIANS HEALTH HEALTH OTHER

SERVICES CARE PATIENTS/
et _ _RESEARCHERS ‘:I'.‘I'STEMS ; CAEE@.VEES
4. QOL for quality assessment : i e it

benCh ma rkl ng , reg |Str|es (Cer‘tlfl Catlons ! ) | Abbreviations: PRO, patient-reported outcomes; CER, comparative effectiveness research; PCOR,

patient-centered outcomes research.

(Basch 2016)
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=g ) Why assess QOL/PRO in clinical trials

to evaluate overall treatment effectiveness, treatment toxicity, patient's QOL

to compare multiple treatment options with similar survival outcome
(e.g. de Wreede et al. 2013)

to generate a risk-benefit profile in drug development (in early phase trials, QOL
can reflect tolerability and inform decision about dosing)

c. Application

to evaluate a new therapeutic strategy in real-world context (registries!)

in trials with progression-free survival as primary outcome
(e.g. trials on cGVHC, Wood 2013)

o
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=
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Why assess QOL/PRO in clinical trials

Improved relapse-free survival after autologous stem cell
transplantation does not translate into better quality of life
in chronic lymphocytic leukemia: Lessons from the

c I .
o randomized European Society for Blood and Marrow
= :
= Transplantation-Intergroup study
Q
- — =
— Liesbeth C. de Wreede,' Maggie Watson,” Marleen van Os,' Donald Milligan,” Michel van Gelder,* Mauricette Michallet,”
Q. Peter Dreger,® Claire E. Dearden,” Janis Homewood,” Jehan Dupuis,® Michel Leporrier,” Michal Karas,'’
o Bernadette Corront,"! Gabriela M. Baerlocher,'? Wolfgang Herr,"® Sylvain Choquet," Dietger W. Niederwieser,'?
< Laurent Sutton,'® Nicolaus Kr{igcr,” Theo M. de Witte,'® and Johannes Schclclig]‘) on behalf of the Chronic Malignancies
= Working Party of the EBMT, and the UK Medical Research Council
o Randomized EMBT trial (2014):
| * High-dose chemo with ASCT to observation in first or second remission of CLL

* Report on QOL of first 3 years following randomisation (n=186)
» Significant improvement of relapse-free survival but no survival advantage with ASCT

“Long-term consequences of different treatment approaches on QOL are particularly relevant
in chronic diseases (such as CLL) that cause relatively few short-term complaints, where
strategic choices have to be made between more or less aggressive treatments and their
respective timing and sequences.”

o
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m»sm.-r AE reporting in clinical trials

Top priority within oncological treatment

c : : :

o evaluation: detection and tracking of adverse Standard approach:

e clinician-based symptom reporting

8 events (AEs) : Clinician

— . _ t Clinician interprets

= Standard classification system for symptome | interviews | SYMPIOM

N . i Patient Chart
< monitoring (e.g., chemotherapy) and AE Cinician ™ fepresentaton
o reporting in clinical trials: Common Toxicity wites in chart 01 SYMPIE .
b Terminology for Adverse Events (CTCAE) CME@;» interpretation —_ Data entry

chart of symptom NCRA

. Method of data collection is clinician-based. \

E Process is complex with multiple steps of % ,  Researc

== . O T - T TN I database

C_DI mformahon trgnsfer v.uln.erable to errors (e.g. T Ta—

o misinterpretation, omission). direct patient reported outcomes (PROs)

-

Trotti et al. J Clin Oncol. 2007 Nov 10;25(32):5121-7.
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w Clinician-based symptom reporting:
“@>” possible caveats

_E —> clinician ratings underestimate frequency and intensity of symptoms
}3 — patients identify symptoms earlier than clinicians’ do or even capture side effects that
—% clinicians’ completely miss
< > higher discrepancy between patient and clinician ratings of subjective/ less
o observable symptoms (e.g. fatigue, dyspnea)

— Limitations of CTCAE: lack of formal validation, no standardised recording/ training,
5 differences between raters (Bruner et al. 2007)
% —> due to logistic or interpersonal reasons (e.g. communication, social desireability)
o)
o

(Sneeuw et al. 1999, Savage et al. 2002, Coombes et al. 2003, Pakhomov et al. 2008, Basch et al. 2006, 2009,
Snyder et al. 2009, Ruhstaller et al. 2009, Oberguggenberger et al. 2011, Efficace et al. 2014, Grauvis et al. 2014, Letellier et al. 2016)
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m:m: QOL/PRO in clinical trials - example

Is the toxicity of adjuvant aromatase inhibitor therapy underestimated?
Complementary information from patient-reported outcomes (PROs).

c
-§ Oberguggenberger, Hubalek, Sztankay et al. Breast Cancer Res Treat. 2011 Jul;128(2):553-61.
S
S . Prevalence and severity of patient-reported 8%
< physical side-effects and psychosocial 70%
%) burden (PRO-BETh) related to adjuvant Al 60%
therapy compared with prevalence derived 50%
from pivotal phase IV trials (ATAC 2005, 40%
BIG1-98 2005). 30%
8 « Overall, PROs resulted in significantly 20%
o higher prevalence rates as compared to 10% I
El) proxy ratings for all symptoms published in 0% - . . :
o pivotal clinical trials except vaginal bleeding Hot Flashes  Joint Pain  Mood Swings Fatigue Nausea
- and nausea. W PRO-BETh MATAC 1 BIG 1-98




mwm:‘ QOL/PRO in clinical trials - benefits

- systematic assessment of QOL/PRO can provide data to complement clinician

- reporting (FDA 2006)

=

L2 + more reflective of underlying health status than clinician reporting

o : e . :

2_ » improves accuracy and efficiency of subjective AE data collection

¢ ° predicts meaningful clinical outcomes including survival: predictive value of physical
functioning before HCT (Wood et al. 2016), fatigue (Efficace et al. 2015), nausea and vomiting (Quinten
et al. 2012)

» patient self-reports of symptomatic adverse drug reactions provide a more comprehensive

8 picture of properties of the drug

0 (Anderson, Krska, Murphy, & Avery, 2011; Avery et al., 2011; de Langen, van Hunsel, Passier, de Jong-van den Berg,

3 & van Grootheest, 2008; Inch, Watson, & Anakwe-Umeh, 2012; van Hunsel, Harmark, Pal, Olsson, & van Grootheest,

(@) 2012).

(@]

-

Nonetheless: CTCAE have higher predictive value for critical clinical events!




QOL/PRO in clinical routine

L 2N REATTIE |
Purpose o

+ screening of physical and psychosocial symptoms — :
*  monitoring of treatment process and PROs/ QOL

Clinical/ medical interview Patient Reported Outcomes Measures - PROs
*  collection of non-standardised, subjective «  additional, quantitative information on patient’s health
g information _ _ . status (functioning, symptoms)
=] aimed at formulating diagnosis - standardised longitudinal data assessment, detects
© * not sensitive for monitoring change or changes over time
O
%_ SRR AT » Developed for outcome assessment
& _
<
)

‘ D stand\;\rdised data for research
and quality assurance

- ‘ Benefits
s « improve symptom management

» enhance patient-doctor communication
» facilitate patient involvement in care process and decision making
* improve patient empowerment (foster self-management)

« support multidisciplinary care

1. QOL/PRO




... to help patients track their symptoms

e.g. Paroxysmal Nocturnal Haemoglobinuria: L
Monitoring

— In PNH-positive patients with small PNH

‘/ “PatlentS ShOUId be encouraged tO I'epOI’t fatlgue, paln, clones, monitoring is essentialbecause
. . . nTa IC‘.?}- mncredseovera

headaches, sexuality and sexual functioning, weakness, period o severol morina
shortness of breath, trouble swallowing ...” S
- . ; ; C}-Ta[!ieir}f. perio rrne.'r' ::!rl
(SUbjeCtlve!) peripheral blood (not bone marrow ==
v “Early detection of signs and symptoms can aid the

healthcare team to provide optimal care in a timely
manner to avoid more serious complications.”

c. Application

online reporting by patients with validated questionnaires
integration of QOL data with electronic patient records
self-management tools

1. QOL/PRO
N2 2%




L=BENS,
QUALITATS
PORTAL

Beeintrachtigung

Beeintrachtigung in |
Freizeit und Arbeit

Beeintrichtigung

c. Application

Beeintrachtigung

Beeintrachtigung

SYMPTOME

Miidigkeit/Fatigue -

Schmerz -

PERSONLICHER GESUNDHEITSSTATUS

BEEINTRACHTIGUNGEN

© Korperiche Beein-
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Benefits of QOL/PRO in oncology

v' quantitative, comprehensive information on patient's

improved communication with HCPs v/ : e subjective health status (change over time, early detection)
c increased symptom management v rg : | v" support for clinical decision making
:g involvement in clinical decision making v’ - M I“I 0 v focus_sing of communication during patient
(@ increase patient satisfaction with care v : | - appointment
2 patient empowerment v = v’ continuity of care
Q L . % v multidisciplinary care
o (self-management tools) PhyS|i|an plinary
<
s Lol
(]
Payer : @ v' quality assurance,
A real world data v/ 4 1 benchmarking

(efficacy, safety) e v patient satisfaction
o cost effectiveness studies v v patient safety
(o4 market share development+’ (remote monitoring via patient portal)
& "‘.,J v less use of health ressources
-
o)
e/
-—

(Abernethy et al., 2009; Basch et al., 2005; Detmar, Muller, Schornagel, Wever, & Aaronson, 2002a, 2002b; Efficace et al., 2012; Greenhalgh & Meadows, 1999;
Luckett, Butow, & King, 2009; Montazeri, 2009; Snyder et al., 2012; Snyder et al., 2010; Taenzer et al., 2000; Velikova et al., 2004; Velikova et al., 2010).




(g

mwm:‘ QOL assessment in haematooncology

in contrast to the large number of studies in patients with solid tumours, relatively few

studies have reported QOL in patients with haematological malignancies
(Efficace et al. 2008, Hotlick et al. 2014)

« frequent assessment of symptoms and QOL in the post-transplantation period has not
been explored extensively (although associated with serious long-term effects)

« offers several potential advantages for the study of transplantation-related toxicity and to
complement performance-based and clinician-reported outcomes when evaluating the
effects in HCT:

- characterizing and differentiating the patient-reported impact of discrete conditioning regimens

- exploring the relationship between symptoms and early QOL as possible mediator of long-term
QOL impairment

- informing use of strategies (e.g. exercise, supportive care interventions) for QOL improvement

- identifying early patient-reported predictors of long-term mortality, morbidity and decreased QOL

2. QOL in haematc




w Quality of life in long-term survivors of

— 3 haematopoietic transplantation

Innsbruck Medical University Patients suffering from chronic GvHD:

.  BMT and PBSCT survivors listed in the »  deteriorated role functioning, global QOL
database of the Dept. of Internal Medicine V * increased fatigue, dyspnea, worries/anxiety,
(Haematology and Oncology) gastrointestinal side effects, and skin problems

PBSCT leading to more severe impairments
* QOL and symptom burden assessed: ( < P )

_ EORTC QLQ-C30/+HDC29 , |
* In 2008: large difference (>20 points) for role

- QLQ-C30 data compared with data of age- functioning, dyspnoea and financial impact

and gender-matched healthy controls
(Holzner et al. 2004)

- Mail survey (2002, 2008, 2016)

(Pallua et al. Bone Marrow Transplant. 2010)

« Time since diagnosis: 9.4 (SD 6.6) years

Compared to healthy controls:

* in 2016: moderate differences (10-20 points)
for physical, role and social functioning, fatigue
and dyspnoea; highest for financial impact.

- QLQ did not change significantly over time >
1.33 even up to decades after transplantation,
[1-33 yrs] patients do not recover to a normal level
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mwm:‘ QOL assessment: outlook and perspective

Patient-reported QOL is an important outcome measure in medicine
(besides survival, disease-free survival, costs)
- ASH, EMBT, NCI, FDA, EMA, NHI

o

2

3]

2 RESEARCH R iy

) : : Comprehensive integration of

— Establish PRO as essential :

[0 _ standardised ePRO assessment

o component of: o

©

X v' treatment studies v" screening for physical and psychological
8 (phase lll, IV; FDA, EMA) symtome burden

5 v drug safety monitoring v long-term symptom monitoring

O_ v pharmacovigilance v"individual treatment evaluation for clinical
@ v" HTA analyses (cost-utility assessment) decision making

v" web-based PRO reporting




3. Outlook and

ISOQOL 24th Annual

Conference

Home: 1SOQOL 24th Annual Conference

ISOQOL 24th Annual Conference

Quality of Life and Cancer
Clinical Trials Conference

20 8 21 April 2017
Crowne Plaza Brussels - Le Palace, Belgium

Ky
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European Society for Biood and
Marrow Transplantation

Thank you for your attention!

Monika Sztankay, MSc @3
Medical University of Innsbruck, Austria -{Q)

Innsbruck Institute of Patient-Centred Outcome Research 1°COR
monika.sztankay@tirol-kliniken.at f!E,ORJC

Screenshots courtesy of ESD — Evaluation System Development, Innsbruck, Austria



