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Focusing on value
Opportunities and challenges in 
delivering value based 
medicines



PwC

A focus on value for all stakeholders will be increasingly 
important given current trends in the industry 
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The innovator pharmaceutical industry is increasingly focused on developing 
high tech specialty medicines 

Specialty medicines are often used to treat more serious diseases and are more 
expensive than traditional therapies 

Drug development pipelines and accelerated access programmes are 
increasingly focused on these indications 

Ensuring timely access and value for money for new treatments will increasingly 
require the use of additional data to validate effectiveness 
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Several large pharma companies have identified high tech or 
specialty medicines as a core driver of growth 
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Our R&D pipeline positions us with a clear 
focus on becoming a global specialty 
innovator in oncology, immuno-oncology, 
neurology, and immunology

New GSK to deliver step-change in growth 
and performance over next ten years driven 
by high-quality Vaccines and Specialty 
Medicines portfolio

Our strategy is to build a leading, focused 
medicines company powered by advanced 
therapy platforms and data science.

We focus on researching, developing and 
marketing specialty-focused innovative 
medicines that provide significant clinical 
benefit and value
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What are specialty medicines?
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What are specialty medicines Leading specialty medicine areas

• Oncology
• Rare diseases
• Cell and gene therapies

• Neurodegeneration
• Inherited retinal dystrophy

• Immunology and inflammation
• Multiple Sclerosis
• Psoriasis
• Rheumatic disease

• Infectious diseases 
• Viral hepatitis 
• HIV antivirals

• Ophthalmology
• Macular degeneration

Highly complex:
• Treatment often initiated by specialists
• Generally injectable and/or not self-administered
• Often biologics

High touch
• Require extensive or in-depth monitoring/patient 

counselling
• Require an additional level of care in the supply chain 

(e.g. refrigeration, specialised handling and 
distribution)

High Cost
• Typically very expensive in both total and per patient 

cost 
• Often used to treat very costly diseases
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Specialty indications have been significant industry growth 
drivers in the last decade 

Metabolic
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Specialty medicines tend to be more expensive and focused on 
smaller patient populations
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This has led to significant R&D competition particularly in 
Oncology

Number of open clinical trials, Phase I-III where a top 20 
pharma company is listed as a sponsor  
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This competition is contributing to falling market exclusivity 
periods for many first in class products
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Approximately 31 of the 68 blockbusters approved during 2001–15 
have in-class competition; the remaining 37 do not have a 
competitor in their class

On average, the more recently a drug was approved by the 
FDA, the quicker it has faced in-class competition, 
meaning drugs are enjoying shorter monopolies

Source: Informa Pharmaintelligence

Average years to second-in-class competition
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Securing access in Europe can be a time consuming process 
(Oncology example)
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Lack of robust clinical 
data

Many treatments have a 
high cost 

Several high medicines do 
not have long-term efficacy 
data

Many treatments are 
approved on an accelerated 
basis or on the basis of 
open single arm trials

High Cost

Uncertain long term 
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EFPIA reimbursement wait time trends for Oncology 
treatments are variable with Ireland being particularly long 

Examples of issues causing reimbursement 
challenges

Source: EFPIA; IQVIA
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Challenges in reimbursement have led to the increased use of 
managed access agreements 
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Source: Informa

Finance based agreements Outcomes based agreements 

Population level Patient level Conditional coverage Performance based

Simple discount or rebate

Free stock

Cap on overall 
reimbursement costs 

Price/volume agreements 

Dose cap

Limit on treatment 
duration

Per-patient cost threshold

Coverage with evidence 
development 

Full or partial repayment 
of costs in patents where 
treatment outcomes  
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Outcomes based agreements are becoming popular in the case 
of Cell and Gene Therapies 
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Country Primary Reimbursement 
model

Price approach Data collection for 
reimbursement

France Upfront payment with future 
price adjustments possible

Future price can be adjusted 
based on subsequent clinical 
performance

Based on existing registries in 
place

United Kingdom Long term clinical trial data and 
routine clinical data collected by 
the NHS

Germany Changes in payments based on 
individual patient data

Price paid is based on 
individual patient response to 
treatment

Generally not disclosed or based 
on existing registries in place

Italy Dedicated government 
registry/tool

Spain
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Examples of data tools include Valtermed and DoubleJump
Interchange
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Web based tool that is a 
collaboration between the 
Spanish MoH, the regions 
(budget holders), 
healthcare professionals 
and the pharmaceutical 
industry

For CAR-T the tool collects:
• General patients details 
• Disease characterisation at diagnosis and subsequent 

medical history 
• CAR-T production and administration information
• Post infusion monitoring of disease status

• Response and survival (evaluated using 
predefined criteria at set times)

• Safety 

Contracts •Defining roles and responsibilities
•Agreement on data use and sharing terms

Operations  
Integration

•Data fluidity
•Workflow interoperability

Shared 
Services

•Triaging and resolving technology and
operating issues

•Continuous monitoring to proactively identify
vulnerabilities

Value 
Capture

•Tracking and measuring outcomes to drive
program transparency

•Program sustainability

Federated ID 
management

Role/attribute-based 
access controls

Data 
enrichment  
& NLP

HITRUST-certified 
security controls

FHIR API
connectivity/ 
interoperability

Cross-
source 

patient/
subject

matching

Interchange Ecosystem Operations
We facilitate access to data, seamless operations among ecosystem 
participants, and transparency of health outcomes

DoubleJum p™
Interchange

Integration Technologies

Valtermed PwC DoubleJump Interchange
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Study Design Data Sourcing Contracting Data Ingestion and 
Preparation Data Analysis and Insights

Providers

Academic 
Hospital

Designed the study Identified appropriate data 
sources to meet protocol 

specs

Established mutually 
beneficial agreements 

across PwC, pharma and 
providers 

Providers

DJI

Ingested de-identified RWD 
through our data 
engineering and 

orchestration pipeline, onto 
the secure cloud-based 
data exchange platform

Primary care

Study Protocol

Data 
model

Made data accessible to 
stakeholders, and performed 

data analysis on behalf of 
pharma

Clinical trials showed that an oncology treatment was effective as front-line therapy, but it was not being adopted rapidly by clinicians due to a lack of 
evidence for subsequent therapies. PwC delivered the evidence to address this challenge.  

Providers
Providers

Outcomes
This study will reveal the full therapeutic sequence for this cancer type that’s being used in the real world at both academic and community hospitals. 
Publication of these results will provide evidence to practicing clinicians that the client’s drug can be used effectively with common subsequent therapies.  

Insurers

Pharmaco Pharmaco

Community 
Hospital

PwC orchestrated a provider-pharma collaboration to use real 
world data to reveal comparative treatment outcomes
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