Patient’s perspectives on what
life Is list post-HCT: Quality of
Life assessments




Agenda

1) Patient Reported Outcomes (PROs): Assessing
patient’s quality of life
2) What we have learned thus far about post-HCT
through PROs:
e Pre-HCT QOL
e Age
« Post-transplant cyclophosphamide (PTCy)
« Mismatched unrelated donors

 Financial well-being




Mr. Brewers, a 62-year-old hardware store owner, has AML in first clinical remission. His
physician referred him for alloHCT consultation. Mr. Brewers and his wife prepare a list of
questions to ask the transplant team, including How likely is it that Mr. Brewers will be
cured? How long will it take to feel like himself again? Will he be able to manage
his hardware business after the transplant, including stocking shelves and doing
the accounting? Will transplant be expensive? What challenges will Mrs. Brewers face,
and how can she best help her husband?

Mr. and Mrs. Brewers are asking not only about the curative potential of HCT but also
about post-HCT physical and cognitive functioning, quality of life, financial
security, and psychosocial well-being for him and his caregiver spouse.

Burns, Linda J., Beatrice Abbetti, Stacie D. Arnold, Jeffrey Bender, Susan Doughtie, Areej El-Jawahiri, Gloria Gee et al.
"Engaging patients in setting a patient-centered outcomes research agenda in hematopoietic cell transplantation.” BioIogyCl BMTR org
of Blood and Marrow Transplantation 24, no. 6 (2018): 1111-1118. )




Mr. Brewers, a 62-year-old hardware store owner, has AML in first clinical remission. His
physician referred him for alloHCT consultation. Mr. Brewers and his wife prepare a list of
questions to ask the transplant team, including How likely is it that Mr. Brewers will be
cured? How long will it take to feel like himself again? Will he be able to manage
his hardware business after the transplant, including stocking shelves and doing
the accounting? Will transplant be expensive? What challenges will Mrs. Brewers face,
and how can she best help her husband?

Mr. and Mrs. Brewers are asking not only about the curative potential of HCT but also

about post-HCT physical and cognitive functioning, quality of life, financial
security, and psychosocial well-being for him and his caregiver spouse.

How can we answer these questions,
focusing on patient’s perspective?

"Engaging patients in setting a patient-centered outcomes research agenda in hematopoietic cell transplantation.” BioIogyCl BMTR.org
of Blood and Marrow Transplantation 24, no. 6 (2018): 1111-1118. )
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Research QOL using PROs

PRO
Measurement
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Clinical Practice
“Any report of the status of
patient’s health condition that
comes directly from the patient, v
without interpretation of the

patient’s response by a clinician or
anyone else.” — FDA, 2009




Research QOL using PROs

PRO v Understand burden of disease and
Measurement quality of life after treatment

( ) v' Understand treatment impacts beyond
clinical endpoints

\l‘
m Clinical Practice




Research QOL using PROs

PRO
Measurement

v' Improve patient satisfaction

v' Improve patient-provider
communication

v" Improve survival/QoL

Fayers & Machin 2016; Shi et al. 2016; Cleeland et al.
2011; Basch 2017; Basch et al. 2016
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QOL using PROs

Research

PRO
Measurement

v' Improve patient satisfaction

v v' Improve patient-provider
communication

v" Improve survival/QoL

BETWEEN THE Fayers & Machin 2016; Shi et al. 2016; Cleeland et al.
NNNNNNNNNNNNNNNNNNNNNNNNNNNNNNNN 2011; BaSCh 2017; BaSCh et al_ 2016



Promises

e Understand burden of
disease, QOL

e Better indicator of some
symptoms

e Improves patient/provider
communication, patient
satisfaction

e Remotely monitor patient
symptoms

e Able to compare across
patient populations

NNNNNNNNNNNNNNNNNNNNNNNNNNNNNNNN

Promises and Pitfalls to PROs

Pitfalls

e Too many different measures,
difficult to compare

e Missing data
e Likely biased (patients well

enough and alive to complete
PRO)

e Potential patient burden
e Require resources

CIBMTR.org
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Despite the Pitfalls of PROs...

Table 2. Survey responses by stakeholder group regarding patient reported outcome (PRO) data collection after hematopoietic stem cell
transplantation and cell therapy.

All respondents (n = 813) HCPs (n =351) Patients (n = 278) P value

Importance of PRO data collection 0.14
Extremely/Quite 777 (95.7%) 330 (94.3%) 269 (96.8%)

MNeutral/Not so/MNot at all 35 (4.3%) 20 (5.7%) 9 (3.2%)

Missing 1 1 v}
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Pre-HCT QOL & post-HCT QOL




Pre-HCT QOL predicting Outcomes

Overall Survival by pre-HCT General Health Status
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°  Shaw, Bronwen E., Kathryn E. Flynn, Naya He, Rachel Cusatis, Anita D'Souza, Betty K. Hamilton, Mary M. Horowitz et
al. "Incorporating patient-reported outcome data into a predictive calculator for allogeneic hematopoietic cell
transplantation recipients.” Cancer 130, no. 10 (2024): 1826-1835.
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QOL &

Age post-HCT
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QOL & Age post-HCT

1.0 Three vWear Estimates
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Quality of lite, physical functioning, & psychological distress in

OL & Age post-HCT

older adults undergoing HCT

Adults, including older adults, may benefit fram avgmented supportive care during HCT

Alm: describe trajectory of
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Summary: QOL & Age post-HCT

 Recelving HCT among older adults with MDS did not
come at the detriment of QOL

e Older patients experienced similar QOL trajectories
to younger patients, generally returning to baseline
levels

 Younger patients may experience worse mental QOL
post-HCT and more cancer-related distress
compared to older patients




QOL & PTCy post-HCT




QOL & PTCy post-HCT
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QOL & PTCy post-HCT
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LSS Overall Scale, Mean (95% ClI)

QOL & PTCy post-HCT
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Summary: QOL & PTCy post-HCT

« Patients receiving PTCy had significantly better QOL
at 1-year post-HCT compared to Tac/MTX

o Patients receiving PTCy returned to baseline QOL,
which was similar to general US population norms




QOL & HLA Mismatch post-HCT




QOL & HLA mismatch post-HCT

« The ACCESS trial (NCT04904588) was designed to test a strategy
which broadens access to HCT by enrolling patients lacking matched
donors using post-transplant cyclophosphamide (PTCy) based GVHD

Population means: General (50), no Chronic conditions (56.1), All Cancer (44.8)
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QOL & Financial Toxicity post-HCT

Financial Toxicity and HSCT up to 180 days post-HSCT

Psychological Distress
. _ Anxiety
Quality of Life Depression
PTSD Symptoms

Positive Psychological Well-

Coping being
Reliance on avoidant Optimism
coping skills Positive Affect

Flourishing
Life Satisfaction

Lower financial toxicity was associated with decreased psychological distress and reliance on avoidant

coping and increased psychological well-being and quality of life up to 180 days post-HSCT.

Schaefer DA, Longley RM, Wolfe ED, Keane EP, Larizza IS, Boardman AC, Rosenberg J, Mate-Kole M,
« Waldman LP, Majhail N, Lee SJ, Khera N, Amonoo HL. Financial Toxicity, Psychological Well-Being, and
C ' B MTR Quality of Life in Hematopoietic Stem Cell Transplantation. Transplant Cell Ther. 2025 Nov;31(11):936.el- CIBMTR.or
o e 936.€10. doi: 10.1016/j.jtct.2025.08.012. Epub 2025 Aug 18. PMID: 40829691. -0rg
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26-44 = Grade O Financial Taxicity

QOL & Financial Toxicity post-HCI
:
E 14.25 = Grade 1 Financial Toxicity
% 1-13 = Grade 2 Financial Toxicity
COST scores at baseline by age R
COST scores at baseline by treatment type
40-
2 .0-
40- % % @ c?r; 30
'_
g 2
LI) 20-
0] o =
o 30- Q
a A
10-
l_
8 g
- 8 ;
(ll) 20 ° . n=115
O COST scores at baseline by household income
n
10~ 40- % §
: g
0- )
n=116 n =102 n =30 7 : 5 ;
AlloHCT AutoHCT CAR-T N S 5
o
= 5
Cusatis, Rachel, Jianqun Kou, Caitrin Bupp, Michelle Kuxhausen, Deborah 10
Matilla, Idayat M. Akinola, Miranda Kapfhammer et al. "Patient Reported Financial
Toxicity Pre-Infusion for Adult Transplantation and Cellular Therapy Recipients:
=63 n =28 n =82

C l B M TR? Results from CIBMTR PRO Data Collection.” Transplantation and Cellular 0- n=128

e - Therapy, Official Publication of the American Society for Transplantation and 40K 40K - ; 79999 $80K - $99 999 100K 32
ASECSIRITINSSTISNE  Cellular Therapy 31, no. 2 (2025); S369-S370. <$ $40K - $79,999  $80K - $99, $100K+




Summary: QOL & Financial Toxicity
post-HCT

« Patients experience financial toxicity pre & post-HCT

 Financial toxicity Is associated with significantly
worse QOL, worse coping, and increased
psychological distress among HCT patients

 Financial toxicity impacts some patients more than
others, particularly younger, racial/ethnic minorities,
and lower income patients




Answering Mr. & Mrs. Brewer

How long will it take to feel like himself again?

We see patients returning to baseline physical, cognitive, and social functioning by 1-year
post-HCT, in some cases as early as D180.

Will he be able to manage his hardware business after the transplant, including
stocking shelves and doing the accounting?

If you are well enough and able to stock those shelves and do your accounting now, that is
a good indication you may be able to return to those shelves and books by 1-year post-

HCT.
Will transplant be expensive?

Yes, but that expense impacts people and families differently, often dependent on income,
health insurance, and other factors. And we have financial navigators available to help.

e Burns, Linda J., Beatrice Abbetti, Stacie D. Arnold, Jeffrey Bender, Susan Doughtie, Areej El-Jawahiri, Gloria Gee et al.
"Engaging patients in setting a patient-centered outcomes research agenda in hematopoietic cell transplantation.” BioIogyC IBMTR.org 34
of Blood and Marrow Transplantation 24, no. 6 (2018): 1111-1118. )
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CIBMTR’s PRO Collection

e Compare HCT patients to
general population and 70
cancer norms

« Social functioning on 55
average Is lowest at D100 50
and returns to baseline
levels at 1 year

Baseline(n=85) 100 day(n=357) 180 day(n=310)

—— Norm for US General Population
— Noarm for US Healthv Adults
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Fig 1. Box Plots of Overall Mean Social Functioning
Scores (N=440)

1 year(n=143)

Cusatis R, Ndifon E, Mattila D, Berman L, Akinola I*, Kapfhammer M, Jacox C, Luetke C, Hamilton BK, Muffly L, Negrin RS,
Shaughnessy P, Shaw BE, Flynn KE, Social Functioning after Transplantation and Cellular Therapy: Initial Patient-Reported
Outcomes Results from the CIBMTR. Poster Presentation, Tandem Transplantation and Cellular Therapy Meeting from ASTCT &
CIBMTR, Orlando, FL, 02/15/2023 — 02/18/2023
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CIBMTR’s PRO Collection

« Compare clinical trial patient characteristics to general
HCT In US

« Compared to patients enrolled on the PRO protocol, ACCESS trial
participants were of significantly:

 |ower educational attainment (26% v. 7%)
 |lower personal income (21% v. 37%)

 closer distance to transplant centers (28 miles v. 48miles)

Yusuf, RA, Ndifon E, Siverman T, Bankole L, Mattila D, Olson J, Kuxhausen M, Bupp C, Devine SM, Auletta JJ, Shaw BE, Cusatis, R, Social
Determinants fo health, Disease and Traetment Related Characteristics of Access Clinical Trial Participants. Poster Presentation, Tandem 39
Transplantation and Cellular Therapy Meeting from ASTCT & CIBMTR, San Antonio, TX, 02/21/2024 — 02/24/2024
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About PROMIS | Measures | Science | Software | What's New | Related Resources [ ;f PROMIS For You I -

Patient Reported Outcomes Measurement Information System (PROMIS),
funded by the National Institutes of Health {NIH), is a system of highly
reliable, valid, flexible, precise, and responsive assessment tools
that measure patient-reported health status.
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Provides efficient, reliable, and Provides data about the effect of Measures what you are able to do
valid assessments of adult and therapy that cannot be found in and how you feel
child (pediatric) self-reported traditional clinical measures
health * More on PROMIS
PROMIS for Clinicians What Patient Reported Outcomes

PROMIS Instruments Selected Select Publications (PROs) are

References Computer Adaptive Test (CAT) PROMIS Measures

FROMIS In Research Demonstration
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Why PROMIS was Created

 Publicly available, high-quality measures
e Adults and children

« Based on qualitative and modern psychometric

methods

 Allows more confidence in measurement across diverse
populations

 Generic item banks set on a standard metric
« Compare patient outcomes across disease states
« Compare outcomes for patients with multiple conditions
« Compare to other measures

'Uﬁ@p&me patient burden

MEDICAL COLLEGE OF WISCONSIN AND NMDP
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Higher Scores = Better Higher Scores = Worse
Well-Being Well-Being

Cognitive |
Disturbance

Sexual
Function
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PROMIS Domains
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