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INTRODUCTION

This research leverages a unique survey 

approach through the PayerPro360 platform to 

capture critical payer insights on genetic, 

regenerative, and curative therapies. Focused on 

understanding unmet needs and current 

treatment paradigms for the rare indication of 

poor graft function (PGF), the study aims to 

analyze the unmet need burden and define the 

characteristics of an ideal treatment for PGF. 

Payer research is instrumental in supporting 

clinical development, commercialization, and 

product launch by reflecting real-world decision-

making processes and payer perspectives. 

PayerPro360 addresses the common challenges 

in payer research- ensuring efficient, real-time 

engagement with high data accuracy and cost 

efficiency- ultimately providing a simplified, 

flexible solution to access actionable insights.

OBJECTIVE

Poor graft function (PGF) 

that may occur after 

allogeneic hematopoietic 

cell transplantation (HCT) 

does not respond well to 

current therapies. This 

research elucidates the 

areas of unmet need in 

managing PGF and the 

expected characteristics of 

an ideal treatment for PGF

METHOD

An online survey was conducted through eQuantX’s PayerPro360 platform, 

engaging 10+ private and institutional payers in the United States in 2022, 

with expertise in pricing, reimbursement, patient access, policy, and advocacy 

programs. The payer profiles included key institutions such as Boston Medical 

Center (BMC), New York Blood Center, National Comprehensive Care 

Network (NCCN), and the Center for International Blood & Marrow Transplant 

Research, alongside government payers like the U.S. Department of Health 

and Human Services (HHS) and Centers for Medicare and Medicaid Services 

(CMS). Major private payers were also represented, including Cigna, Anthem, 

UnitedHealth Group, BlueCross BlueShield, Humana, and Aetna.

Utilizing PayerPro360's interactive features, real-time insights were gathered 

over a week, allowing the research team to pinpoint unmet needs in HCT 

patients with poor graft function and identify the most widely used treatments 

within this patient population. PayerPro360’s agile platform facilitated follow-

up inquiries for in-depth clarification, highlighting the critical challenges these 

payers encounter in managing HCT patients with poor graft function.

Number of HCT Performed in the United States

RESULTS
K e y  Ta k e a w a y s :

N o  e f f e c t i v e  a n d  
t a r g e t e d  t h e r a p i e s  a r e  
a v a i l a b l e  t o  t r e a t  P G F,  
t h e r e  i s  a  n e e d  o f  m o r e -
e f f i c a c i o u s  t r e a t m e n t s

E s t a b l i s h i n g  P G F  
d i a g n o s i s  ( c a u s e s  o f  
c y t o p e n i a ) - P G F  i s  a n  
e a r l y  a n d  s e r i o u s  
c o m p l i c a t i o n  o f  a l l o -
H S C T,  s o  t h e  t r e a t m e n t  
s h o u l d  s t a r t  a s  s o o n  a s  
i t  i s  d i a g n o s e d

C o m b i n a t i o n  t h e r a p y  
c a n  g i v e  b e t t e r  
o u t c o m e s  a n d  r e s p o n s e  
r a t e  

O t h e r  U n m e t  N e e d s

• I n  t r e a t m e n t  o f  
p e d i a t r i c  H S C T  P G F  
p a t i e n t s

• U n a v a i l a b i l i t y  o f  
d o n o r  a t  r i g h t  t i m e -
l o n g  w a i t i n g  t i m e  f o r  
t h e  p a t i e n t

• S e g m e n t a t i o n  o f  P G F  
i n t o  p r i m a r y  a n d  
s e c o n d a r y  P G F s

• L a c k  o f  s t a n d a r d i z e d  
d i a g n o s t i c  c r i t e r i a  f o r  
P G F

• T r e a t m e n t  o f  c h e m o -
r e f r a c t o r y  p a t i e n t s  
a f t e r  p o s t - H S C T

• D e t e r m i n i n g  t h e  
t r e a t m e n t  s e q u e n c i n g  
o f  P G F - 1 s t - 2 n d - 3 r d  
l i n e

CONCLUSIONS

The insights gathered from payers highlight significant challenges in the current management of poor 

graft function (PGF), affecting approximately 7% of patients post-HCT. Payers outlined the 

characteristics of an ideal treatment, which would accelerate recovery post-HCT, prevent GvHD, lower 

infection risks, reduce hospital readmissions, and improve survival rates for patients with primary 

cancers. Some payers also emphasized the need for a prophylactic treatment to prevent PGF 

occurrence.

Utilizing the PayerPro360 platform proved instrumental in gathering these insights, providing a 

dynamic interface for real-time payer engagement. By delivering accurate, actionable data on 

market access, pricing, and reimbursement requirements, PayerPro360 aids product 

development teams in refining target product profiles and aligning with payer expectations in 

these high-need therapeutic areas.
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“% are based on the Payers owned experience (Average of all responses)”

Payer-based primary market research for 10+ private and 

institutional payers in the United States
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Characteristics, risk factors, causes and management of PGF 

Patient Journey: PGF following HSCT 

“Managing PGF: There are many 
indications under malignant and non-
malignant categories and for genetic 
and immunodeficiency disorders 
where HSCT in used for treatment, the 
prime objective is to treat the primary 
disease, however, it is highly complex 
and costly procedure, and PGF arises 
as an early complication in few of 
these patients, so again there are 
many ways by which ….your can 
minimize PGF severity and its further 
complications.
The effectiveness of treatments varies 
according to the characteristics of the 
individuals, the intensity of their 
treatment, and the side effects 
experienced by the patient.
-Executive Director Policy and 
Governance – CIBMTR”

Malignant or non-malignant hematopoietic diseases

Characteristics:
 Life-threatening complication
 Bilineage or trilineage blood cell deficiency
 Hypoplastic marrow with full chimerism

Risk Factors:
 Low dose of infused CD34+ cells
 Donor-specific antibody
 Cytomegalovirus infection
 Graft versus host disease (GVHD) 
 Iron overload and splenomegaly

Key Reasons:
 Deficiency and dysfunction of endothelial cells
 Deficiency and dysfunction of mesenchymal stem cells
 Elevated reactive oxygen species (ROS) levels
 Immune abnormalities 

Managing PGF:
 CD34+-selected stem-cell boost (SCB)
 Second transplantation 
 Applications of mesenchymal stem cells
 Usage of N-acetyl-l-cysteine (NAC), and Eltrombopag
 Mesenchymal stromal cells (MSCs)/Placenta-derived decidual stromal cells (DSCs)

PGF based on the severity of cytopenia of at least two cell types: 
(1) absolute neutrophil count (ANC) ⩽0.5 × 109/l; 
(2) platelet (PLT) count ⩽20 × 109/l; and 
(3) hemoglobin (HB)⩽70 g/l for at least 3 consecutive days beyond 
day +28 post-HSCT 
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Supportive Care & Antimicrobial Prophylaxis (stop once off immunosuppression & steroids) 
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Patient Selection and Consideration Donor Sourcing and Acquisition Patient Pre Transplantation Recovery, Monitoring and Long-term Follow-ups

Patient Journey: Allo-HSCT

Key Factors-
Type of Transplants, Conditioning Intensity, 

Donor Types, Degree of Match, 
Stem Cell Source 

Pre-HSCT Management Post-HSCT Management HSCT Management 

Key Challenges-
Lack of understanding of the mechanisms of engraftment

The genetic differences that exist between donor and recipient
Post transplants complications which lasts for months to years

Causes of PGF-
Inadequate infusion of hematopoietic stem cells

Bone marrow suppression during transplantation
Conditioning-induced hematopoietic stromal cell damage

Post-transplantation GVHD
Virus infection

Diagnosed

PGF
6%-8%

100% 
Recommended 

and treated

Total 
HSCT 

Patients

85%
Cell Based 

Therapy

15%
Drug 

Based 

Cell-Based Types Drugs Based Types
CD34+-selected stem-cell boost (SCB) Thrombopoietin receptor (TPO-R) agonists -Eltrombopag

Second transplantation N-acetyl-l-cysteine (NAC)

Human Bone Marrow- Mesenchymal stromal/stem cells (MSCs) Usage of G-CSF and GM-CSF

Human Umbilical Cord Blood – MSCs Tyrosine kinase inhibitors (TKIs)-Imatinib and others

Car-T Therapies
Immune check point inhibitors (ICP Inhibitors)-

Nivolumab and other immunosuppressants

Other Therapies (if any)-NK cell based, DC infusions etc.
These drug/ drugs mostly used as a supportive treatment 

to the cell therapy treatment

Only 30-35% PGF patients' response well to these therapies, 

rest suffer with further infections and relapse  

Allo-HSCT Patients Recommended for Different Treatments

CD34+ 
SCB

Increased toxicity,
high risk of GvHD and 
non-relapse mortality

15% 40% 20%

Second 
Transplant MSCs

40% 20% 15%

GCSF
TPO-
RA

O
th

er
s 

NAC

Faster 
recovery,

good response 
rate

Faster 
recovery,

low risk of 
GVHD

Short-
term 
effect

Supportive 
therapy for 
months to 

years

Prophylac
tic use is 
preferred 

8% 8% 5%

Abbreviations:-Mesenchymal stromal/stem cells (MSCs), CD34+-selected stem-cell boost (SCB),
Granulocyte Colony Stimulating Factor (G-CSF), N-acetyl-l-cysteine (NAC), Thrombopoietin receptor (TPO-R) agonists –
Eltrombopag. PBSC: peripheral blood stem cell
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W h a t  w o u l d  b e  a n  I d e a l  
Tr e a t :

• S h o r t e n  t i m e  t o  r e c o v e r y  
a f t e r  H S C T

• P r e v e n t  s p r e a d  o f  a c u t e  o r  
c h r o n i c  G V H D  i n  P B S C  
p a t i e n t s  

• R e d u c e d  p o s s i b i l i t y  o f  
v i r a l  o r  b a c t e r i a l  i n f e c t i o n  
a f t e r  t r a n s p l a n t s

• R e d u c e  c h a n c e s  o f  
r e a d m i s s i o n  t o  h o s p i t a l s

• F o l l o w - u p  i n - p a t i e n t  
t r e a t m e n t  w o u l d  b e  
p o s s i b l e  w i t h o u t  n e c e s s i t y  
o f  h o s p i t a l i z a t i o n

• I n c r e a s e  1  y r.  O S  a n d  
1 0 0 D a y s  O S  i n  p a t i e n t s  
w i t h  p r i m a r y  c a n c e r  
d i s e a s e

• N e e d  f o r  a  p r o m i s i n g  
t h e r a p e u t i c  a p p r o a c h  t o  
p r o m o t e  h e m a t o p o i e t i c  
r e c o v e r y  p o s t - H S C T
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