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✓ CAR-T cell therapies→ overview, price and HTA

✓ Outcomes-based agreements → overview, modalities and CAR-T OBEs

✓ CAR-T cell therapies RWD & evolution of reimbursement
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CAR-T cell therapy uses T cells which have been modified to 

recognize cancer cells and destroy them

CAR-T cell 
therapy

Chimeric antigen receptors (CARs) are chimeric as they 
combine both antigen-binding and T cell activating functions 
into a single receptor

CAR-T cells can be derived from T cells from a patient's own 
blood (autologous) or from donors (allogeneic)
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CAR-T cell therapy uses T cells which have been modified to 

recognize cancer cells and destroy them

CAR-T cell 
therapy

Chimeric antigen receptors (CARs) are chimeric as they 
combine both antigen-binding and T cell activating functions 
into a single receptor

CAR-T cells can be derived from T cells from a patient's own 
blood (autologous) or from donors (allogeneic)

All currently approved CAR-T cell therapies 
are autologous
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Kymriah and Yescarta: the first CAR-T cell therapies approved

• Approved by FDA in Aug 2017

• Approved by EMA in Aug 2018

• Approved by FDA in Oct 2017

• Approved by EMA in Oct 2018
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Kymriah and Yescarta: the first CAR-T cell therapies approved

• Approved by FDA in Aug 2017

• Approved by EMA in Aug 2018

• Approved by FDA in Oct 2017

• Approved by EMA in Oct 2018

Price at launch:

$373,000
Price at launch:

$475,000

One-time therapy One-time therapy
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Health technology assessment

Pricing, reimbursement & clinical adoption is driven by:

Clinical effectiveness   +   cost effectiveness   +   budget impact   +   societal impact
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Health technology assessment: Kymriah and Yescarta

Pricing, reimbursement & clinical adoption is driven by:

Clinical effectiveness   +   cost effectiveness   +   budget impact   +   societal impact
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Health technology assessment: Kymriah and Yescarta

Both therapies provide 
a net health benefit 
compared to standard 
chemoimmunotherapy 
regimens 

Pricing, reimbursement & clinical adoption is driven by:

Clinical effectiveness   +   cost effectiveness   +   budget impact   +   societal impact
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cost-effective in the 
long-term for the 
specified indications
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Health technology assessment: Kymriah and Yescarta

Both therapies provide 
a net health benefit 
compared to standard 
chemoimmunotherapy 
regimens 

Affordability and Access Alert:

B-ALL: due to the small number of patients, 
use of CAR-T is not expected to cross the 
budget impact threshold

NHL: at current costs, only 38% of the eligible 
population of 5,900 could be treated before 
crossing the affordability threshold

Pricing, reimbursement & clinical adoption is driven by:

Clinical effectiveness   +   cost effectiveness   +   budget impact   +   societal impact

Both therapies are 
cost-effective in the 
long-term for the 
specified indications
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Sources of uncertainty

• All CAR-T therapies trials are single-arm
It is impossible to compare outcomes from these trials to those of other 
trials without considerable uncertainty

• Trials are small and have short follow-up
The benefits and duration of long-term relapse-free survival is unknown, 
as are the long-term harms

• Comparisons with historical controls
Supportive care in cancer treatment improves over time, so outcomes 
reported in older studies may be unduly pessimistic
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Sources of uncertainty

• All CAR-T therapies trials are single-arm
It is impossible to compare outcomes from these trials to those of other 
trials without considerable uncertainty

• Trials are small and have short follow-up
The benefits and duration of long-term relapse-free survival is unknown, 
as are the long-term harms

• Comparisons with historical controls
Supportive care in cancer treatment improves over time, so outcomes 
reported in older studies may be unduly pessimistic

“These uncertainties make the comparative efficacy 
analyses vs standard therapy controversial”
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Recommendation

For novel therapies approved with limited 
evidence, manufacturers and payers should 

consider a lower launch price with potential for 
increase if clinical benefits are confirmed, or a 

higher initial price tied to requirement for refunds 
or rebates if real-world evidence fails to confirm 

high expectations.
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Outcomes-based agreements
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Outcomes-based agreements

(risk-sharing agreements)

Ensure access for patients, while mitigating uncertainty and 
balancing financial risks for payers

• Facilitate patient access to therapies that might otherwise be delayed 
or denied due to financial concerns or uncertainties about value

• Payment adjustments are made based on pre-agreed outcomes, 
shifting financial risk to manufacturers if the treatment underperforms
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Outcomes-based agreements

Outcomes-based (OBA),

Payment by results 
agreements
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Outcomes-based agreements

Full payment 
upfront 

Outcomes/performance 
assessment

Full/partial refund 
/ rebates

Outcomes-based (OBA),

Payment by results 
agreements
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Outcomes-based agreements

Full payment 
upfront 

Outcomes/performance 
assessment

Full/partial refund 
/ rebates

Outcomes/performance 
assessment

Full payment if 
positive 

Outcomes-based (OBA),

Payment by results 
agreements
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Outcomes-based agreements

Full payment 
upfront 

Outcomes/performance 
assessment

Full/partial refund 
/ rebates

Outcomes/performance 
assessment

Full payment if 
positive 

Payment in 
installments

Outcomes/performance 
assessment

Payment in 
installments

Outcomes/performance 
assessment

Payment in 
installments

Outcomes-based (OBA),

Payment by results 
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Outcomes-based agreements

Full payment 
upfront 

Outcomes/performance 
assessment

Full/partial refund 
/ rebates

Outcomes/performance 
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Full payment if 
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Payment in 
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Payment in 
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Full payment 
upfront 

Outcomes/performance 
assessment

Manufacturer responsible 
for coverage of additional 
costs/ new therapy costs 
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Outcomes-based agreements

Full payment 
upfront 

Outcomes/performance 
assessment

Full/partial refund 
/ rebates

Outcomes/performance 
assessment

Full payment if 
positive 

Payment in 
installments

Outcomes/performance 
assessment

Payment in 
installments

Outcomes/performance 
assessment

Payment in 
installments

Full payment 
upfront 

Outcomes/performance 
assessment

Manufacturer responsible 
for coverage of additional 
costs/ new therapy costs 

Evidence review
Pricing/coverage 

reassessment
Full payment 

upfront 

Outcomes-based (OBA),

Payment by results 
agreements

Coverage with evidence 

development (CED)
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Outcomes-based agreements in EU4 & UK

49%

6%

31%

14%

Small molecule

Biologic

CAR-T Cell Therapy

Gene therapy

Outcomes-based agreements (inc. CED) 
by therapy modality in EU4 & UK

• 26 outcomes-based agreements

• 5 CED agreements

• More than 50% in oncology

• Most innovative contracts are for medium-to-high cost therapies
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Kymriah and Yescarta outcomes-based agreements
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Kymriah and Yescarta OBEs in EU4 and UK

Full payment 
upfront Survival rebates

OBR
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Kymriah and Yescarta OBEs in EU4 and UK

Full payment 
upfront Survival rebates

Payment in 3 
installments

Outcomes 
(not disclosed)

2nd installment
Outcomes 

(not disclosed) 3rd installment

OBR

PbyR
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Kymriah and Yescarta OBEs in EU4 and UK

Full payment 
upfront Survival rebates

Payment in 3 
installments

Outcomes 
(not disclosed)

2nd installment
Outcomes 

(not disclosed) 3rd installment

Payment in 2 
installments CR and survival 2nd installment

OBR

PbyR

PbyR
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Kymriah and Yescarta OBEs in EU4 and UK

Survival, remission, 
PFS, AEs

Pricing & coverage 
annual reassessment

Full payment 
upfront 

CED

Full payment 
upfront Survival rebates

Payment in 3 
installments

Outcomes 
(not disclosed)

2nd installment
Outcomes 

(not disclosed) 3rd installment

Payment in 2 
installments CR and survival 2nd installment

OBR

PbyR

PbyR
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Kymriah and Yescarta OBEs in EU4 and UK

Survival, remission, 
PFS, AEs

Pricing & coverage 
annual reassessment

Full payment 
upfront 

CED

Full payment 
upfront Survival rebates

Payment in 3 
installments

Outcomes 
(not disclosed)

2nd installment
Outcomes 

(not disclosed) 3rd installment

Payment in 2 
installments CR and survival 2nd installment

OBR

PbyR

PbyR

CED

Survival
Pricing 

reassessment
Full payment 

upfront 
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CAR-T cell therapies real-world data 



34

Kymriah RWD in B-cell acute lymphoblastic leukemia

Goyco Vera D et al, 2024
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Kymriah RWD in large B-cell lymphoma

Goyco Vera D et al, 2024
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Yescarta RWD in large B-cell lymphoma

Goyco Vera D et al, 2024
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Tecartus RWD in B-cell acute lymphoblastic leukemia

Goyco Vera D et al, 2024
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Tecartus RWD in mantle cell lymphoma

Goyco Vera D et al, 2024
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Abecma RWD in multiple myeloma

Goyco Vera D et al, 2024
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CAR-T cell therapies reimbursement evolution
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Evolution of Kymriah and Yescarta reimbursement in UK 

CED

Survival
Pricing 

reassessment
Full payment 

upfront 
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Evolution of Kymriah and Yescarta reimbursement in UK 

• In Jan 2023, NICE recommended Yescarta for routine use 
in adults with DLBCL

• In Apr 2024, NICE recommended Kymriah for children and 
young adults with ALL

CED

Survival
Pricing 

reassessment
Full payment 

upfront 
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Budget impact of high cost therapies

Both therapies provide 
a net health benefit 
compared to standard 
chemoimmunotherapy 
regimens 

Affordability and Access Alert:

B-ALL: due to the small number of patients, 
use of CAR-T is not expected to cross the 
budget impact threshold

NHL: at current costs, only 38% of the eligible 
population of 5,900 could be treated before 
crossing the affordability threshold

Pricing, reimbursement & clinical adoption is driven by:

Clinical effectiveness   +   cost effectiveness   +   budget impact   +   societal impact

Both therapies are 
cost-effective in the 
long-term for the 
specified indications
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CAR-T cell therapy beyond blood cancers
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CAR-T cell therapy beyond blood cancers

patients have 
a form of lupus

(400,000 per year)
worldwide

5M
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Balancing budgets with high cost therapies

$850,000

€1.5million

$900,000

€1.4million
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Balancing budgets with high cost therapies

$850,000

€1.5million

$900,000

€1.4million

Lifetime cost of transfusion-dependant thalassaemia was 
estimated to be $5.4 million, split between:

• $1.6 million for the transfusions

• $3.7 million for chelation therapy to remove excess 
iron from the body

One time
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Health expenditure across the world has increased 

significantly in the last 20 years

Source: World Health Organization Global Health Expenditure database (who.int/nha/database). 

Health Expenditure in EU
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Payers’ perspective = payers’ needs

Low cost

Reasonable cost

Unmet needs

Robust clinical trial data

Early access

Awareness

Comparative data

Robust evidence

Managed access Build awareness

Comparative clinical trials

Comparative evidence

Strong evidence

Convincing clinical trial data

Low prices

Better clinical trial design

Talk to payers

More engagement

Data relevant to treatment guidelines

Use the right comparators

Talk to us more

Payment in installments

Outcomes based agreements

Risk sharing agreements

QoL and PRO

Impact on QoL

Quality of life data

Build awareness and advocacy 

Payment by results

Spending ceiling

Consider front line costs in pricing

Backing from KOLs

Awareness with KOLs and us

Start planning with time

Plan long before approval

Local data

Local/regional unmet needs

Regional data

Relevant local data

N=20
Payer research by Lifescience Dynamics
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Payers’ perspective = payers’ needs

Low cost

Reasonable cost

Unmet needs

Robust clinical trial data

Early access

Awareness

Comparative data

Robust evidence

Managed access Build awareness

Comparative clinical trials

Comparative evidence

Strong evidence

Convincing clinical trial data

Low prices

Better clinical trial design

Talk to payers

More engagement

Data relevant to treatment guidelines

Use the right comparators

Talk to us more

Payment in installments

Outcomes based agreements

Risk sharing agreements

QoL and PRO

Impact on QoL

Quality of life data

Build awareness and advocacy 

Payment by results

Spending ceiling

Consider front line costs in pricing

Backing from KOLs

Awareness with KOLs and us

Start planning with time

Plan long before approval

Local data

Local/regional unmet needs

Regional data

Relevant local data

We want to provide access to as 
many patients as possible to all 
therapeutic options, but we have 
a responsibility to our healthcare 
system…

…We don’t want to be stigmatized for 
denying reimbursement of a drug 
when we cannot sustainably pay for it

N=20
Payer research by Lifescience Dynamics
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Payers’ perspective = payers’ needs
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Payer research by Lifescience Dynamics
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Key takeaways

✓ RWD demonstrates the long-term clinical benefits of 
CAR-T cell therapies, and further supports their 
reimbursement 

✓ Outcomes-based agreements (or other innovative 
payment mechanisms) continue to be critical to 
ensure access for patients while mitigating uncertainty 
and budget impact
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Thank you

Come and meet us 
in booth 1327 
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