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Orchard confidential information

Certain information set forth in this presentation contains “forward-looking statements”. Except for statements of historical fact, 
information contained herein constitutes forward-looking statements and includes, but is not limited to, the (i) projected financial 
performance of the Company; (ii) the expected development of the Company’s business and product candidates; (iii) execution of the 
Company’s vision and growth strategy, including with respect to global growth; (iv) timing of the Company’s planned regulatory 
submissions; (v) ongoing and planned clinical and pre-clinical studies; (vi) completion of the Company’s projects that are currently 
underway, in development or otherwise under consideration; and (vii) future liquidity, working capital, and capital requirements. The 
words "may," "should," "expects," "intends," "plans," "anticipates," "believes," "estimates," "predicts," "potential," "continue," and similar 
expressions are intended to identify forward-looking statements, although not all forward-looking statements contain these identifying 
words. Forward-looking statements are provided to allow potential investors the opportunity to understand management’s beliefs and 
opinions in respect of the future so that they may use such beliefs and opinions as one factor in evaluating an investment.

These statements are not guarantees of future performance and undue reliance should not be placed on them. Such forward-looking 
statements necessarily involve known and unknown risks and uncertainties, which may cause actual performance and financial results in 
future periods to differ materially from any projections of future performance or result expressed or implied by such forward-looking 
statements.

Although forward-looking statements contained in this presentation are based upon what management of the Company believes are 
reasonable assumptions, there can be no assurance that forward-looking statements will prove to be accurate, as actual results and future 
events could differ materially from those anticipated in such statements. The Company undertakes no obligation to update forward-looking 
statements if circumstances or management’s estimates or opinions should change except as required by applicable laws. The reader is 
cautioned not to place undue reliance on forward-looking statements.

Forward looking statements
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Needing to blend innovation with tradition
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“We are proud of our heritage of fine watchmaking, and the craft skills which have been handed down from generation to 

generation since 1875. Over the years we have demonstrated our mastery of the art of haute horology and yet Audemars Piguet

has also always been a beacon of innovation and creativity that dares to break new grounds. While the watches that we 

make are expressions of our respect for the traditions of hand crafted timepieces and while we celebrate the fact that we are 

the one of the few major Swiss brands still in the hands of the descendants of the original founding families, we are also a 

modern, progressive company famous for our innovations in technology, the daring use of new materials and bold designs.”



ATMPs have distinct characteristics
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Attribute Implications for value assessment

Single administration Cost is front-loaded into a single clinic visit 

Long-term benefits Difficult to quantify the long-term health profile of a patient 
successfully treated with a transformative therapy

Evidence collection Benefit of the therapy lasts longer than any practical evidence 
collection period – cannot objectively prove claimed benefit

Irreversible treatment decision Cannot stop treatment for a non-responder as therapy has already 
been applied

Potentially curative nature Curative treatments may offer benefits beyond conventional 
treatment by allowing patients to live free of a disease

Valuation 
Traditional HTA frameworks may not be 
flexible enough to accommodate ATMP

specificities or allow the ability to capture the 
full product value.

Funding 
Healthcare systems are struggling to pay for 

innovation. Some ATMPs are raising the 
question of affordability due to the potential 

high budget impact.
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Country
Same process as 
standard drugs ?

ATMP funding routes
Assessment 
framework

• TC Assessment & CEPS negotiation for retail drugs and T2A exclusion drugs
• Funding via DRG codes for non T2A exclusion drugs (no access as DRG will not cover costs for 

ATMPs 
• Cohort and nominative ATU for drugs for high unmet need diseases prior to MA

• AMNOG process & GKV-SV price negotiations for all drugs, except hospital only (orphan benefits)
• Possible temp NUB funding negotiated by individual hospitals
• ATMPs may also be classified as procedures bypassing AMNOG

• National clinical assessment & price negotiation, followed by regional and local P&R decisions 
• Compassionate use program with national funding

• National clinical assessment and price negotiation, followed by regional and local P&R decisions 
• Compassionate use for hospital drugs which may be funded 

• NICE may decide to conduct a TA or HST TA
• CRG commissioning policy/ service specification may be developed in some cases
• IRF use also possible (however >20 requests per year triggers a CRG policy)

• Funding pathway is the inpatient DRG with Commercial payer and Medicaid DRG reimbursement 
rates required for appropriate reimbursement of new ATMPS (both drug and associated services)

• Carve outs (Commercial) and NTAP (Medicaid) are potential options for additional funding
• ICER review of recent ATMPS to propose value-based prices as a guide for some commercial 

payers
ATMP: Advanced Therapeutic Medicinal Products

Funding pathways are evolving for advanced therapies and must include 
consideration of inpatient procedures



It is recognised that the economic analyses of ATMPs have to be slightly 
different

Drummond et al. 2019
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Both NICE and ICER are reviewing their methods for ATMP assessment
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• Exploring uncertainty
• Discounting
• Modifiers considered in decision-making
• Types of evidence, sources & synthesis
• Health-related quality of life
• Technology-specific issues
• Cost minimisation analysis questions
• Equality considerations in guidance development
• Costs used in HTA
• Position of technologies in care pathway
• General approach to decision-making

• Uncertainty with unrecoverable costs  
• Discounting: Time divergence between costs and benefits
• Additional elements of value
• Affordability and sharing of economic surplus

August 2019 July 2019



Proposed adaptations to HTA methods:
ICER – cure proportion methodology 
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For short-term transformative therapies, ICER have proposed measuring the proportion of patients likely to be cured by an
intervention, rather than traditional curve-fitting, as it is less susceptible to distortion as a result of population heterogeneity.
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Proposed adaptations to HTA methods:
ICER – sensitivity analysis and outcome-based payment recommendations

$200k/QALY threshold
(note: this is above the typical 

$150k threshold)

Where >25% of scenarios lead to an ICER greater than
the accepted threshold, ICER proposes recommending
payors adopt outcomes-based reimbursement

Cost / Benefit
analysis

Sensitivity 
analysis

ICER value 
(cost/QALY)

Range of potential 
ICER values

Recommended

Recommended, but 
outcomes-based 

agreement preferred

>25%



Other frameworks have been proposed for value assessment but have limited 
applicability for evaluations of ATMPs

1
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Different archetypes of ATMPs have differing levels of evidence available for 
value assessment

https://newdigs.mit.edu/sites/default/files/NEWDIGS%20FoCUS%20Frameworks%2020180823.pdf

Budget impact (based on prevalence)

Novel breakthroughs 
ultra-orphan population high unmet 
need and low or no standard of care 
(e.g. MLD)

Orphan 
disrupters
orphan population that 
have standard of care 
e.g. haemophilia or SMA

Quantum 
Leap
Large populations 
with significant 
therapeutic burden 
e.g. cardiology, 
metabolic disorders

Oncology 
Products
oncology indications 
with a high incidence 
and low prevalence 
e.g. CAR-Ts

Cell and Gene Therapy Archetypes adapted 
from newDigs FOCUS Report
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https://newdigs.mit.edu/sites/default/files/NEWDIGS FoCUS Frameworks 20180823.pdf


How we think about Value at Orchard

1
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From

A world where deadly diseases could potentially be stopped in their tracks

When We Think about Value, It All Starts with the Child 
and What Our Therapies, If Approved, Could Do for That Child and Beyond

The Child

The Family

The Community

The Health System

Severely limited 
lifespan

Life free from 
symptoms & suffering

Immense financial 
& emotional toll

Lives of everyone in the 
family transformed

School, civic organization and 
employer resources engaged

Community resources 
re-deployed

Chronic / costly interventions 
& palliative care 

Deliver potentially curative therapy 
& save significant resources

To



Evidence heatmaps are used for identifying priorities for value demonstration  

.

Population 1 Population 2

Best 
Supportive 

Care/Natural 
history

Gene Therapy

Best 
Supportive 

Care/ Natural 
history

Gene Therapy
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Clinical

• Survival/Mortality 

• Function A

• Function B 

• Safety

Costs

• Direct Medical costs

• Intervention Costs

• Family Costs

• Patient/Caregiver Productivity Costs 

Qualify of Life 

• Patient Utility Scores (EQ-5D)

• Caregiver Utility Scores

• Disutilities

Color Evidence Rating

Strong Evidence 

Moderate Evidence – Published, but with limitations 

Weak Evidence – Published but not relevant disease 
specific/Incomplete/aggregate/high level

No Evidence 

Internal Evidence Available (not published)

Evidence Not Applicable



Caregiver QoL/ 
burden survey 

Demonstrating value holistically requires a structured and disciplined approach

.

QALYs

• Patient utilities

• Caregiver utilities

• Disutilities

Evidence synthesis
(SLR, NMA)

Cost-effectiveness analysis framework

Real-world evidence
Managed access 

agreement 
(MAA)/ registry

Utility vignette study

Discrete choice study

Costs

• Direct medical 

• Intervention

• Family

• Patient/caregiver 
productivity costs

Patient-reported 
outcomes (PROs)

Claims data analysis 

Burden of illness  
study

Delphi panel 

Budget impact 
calculation

Payment 
construct

Trial evidence

Outcomes 
agreement



Example of capturing caregiver burden and QoL 
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A. Background

 Identify caregiver relationship to patient and patient age
 Identify treatments that patient currently receives or received in the past

B. QoL  Administer validated parent-reported QoL tool as part of survey

C. Symptoms

 Measure overall quality of life as it relates directly to the individual’s disease state

 Understand impact of symptoms on individual’s health and disease burden

 Identify potential secondary burdens to the patient as a result of their disease

D. Treatment Burden
 Capture impact of treatments on patient’s and caregiver’s quality of life

 Understand burden of long-term supportive care and potential complications with existing care

E. Time Investment
 Measure time commitment needed for healthcare visits

 Identify distinct time/disease management burden over multiple time periods (e.g., before treatment, current state)

F. Social, Emotional, and Psychological 
Burden

 Measure impact of the disease burden on social engagement and interactions 

 Capture impact of disease on mindset and feelings of the patient and caregiver 

 Identify any potential stress on family and friend relationships

G. Financial and Professional Impact
 Measure financial burden of disease for caregiver including impact on work and stress on finances

 Identify any support utilized by caregiver to alleviate financial burdens

H. Demographics  Capture basic respondent demographic information (marital status, education, income, etc.)

Survey Section Section Objectives

QoL



It is also important to think about affordability
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Addresses Payer Challenge
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Lump Sum

Annuities / 

instalments

Performance 

based 

annuities

Performance 

based 

agreements

Depending on 

budget impact

Funding model Reimbursement model

Orchard will provide an array of options that work across a diverse set of payers



In Summary
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Value assessment 
processes should 

evolve to 
recognise the 

specific attributes 
associated with 
ATMPs (and rare 

diseases) 

Important to 
focus value 

demonstration 
across the entire 

spectrum of 
stakeholders and 
levels in society

Different 
expectations for 

evidence 
generation should 
exist for  different 

archetypes of 
ATMPs 

Access for ATMPs is 
not only based on 
value assessment. 
In-patient funding, 

payment terms 
(and cross-border 
implications) are 

important 
considerations

1 2 3 4

Considerations for value assessment and demonstration of ATMPs
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Thank you 
Thank You


