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The festive lull in the Brexit civil 
war was just sufficient to finally 
publish the catchily titled ‘NHS 

long term plan’ and as half-plans go it’s 
alright. The vision may be for 10 years, 
but as the Government only guaranteed 
5 years’ money, Simon Stevens has 
cannily produced a 5-year plan, with all 
target dates for delivery set to 2023/4; 
having ‘long term’ in the title makes it 
appear to be a lot more. Then again, 
for a government currently staggering 
from day to day, 5 years must seem like 
an eternity.

The plan is what it should be—
strategic, realistic, and deliverable—and 
its component parts fulfil the NHS 
doctrine, established by Beveridge 
70 years ago: ‘from the cradle to the 
grave’. The ambition is to improve a 
child’s start in life, add years to that life, 
and ensure those in their twilight years 
are supported and cared for. 

The investment priorities remain the 
diseases that kill or significantly impact 
upon the majority of the population—
heart disease, stroke, diabetes, and 
cancer. However, there is also the timely 
investment of at least £2.3 billion more 
per year in mental health services, 
the required shift in focus from acute 

care to primary and community care 
(at least £4.5 billion per annum extra), 
and emphasis on the importance of 
preventing disease, reducing health 
inequalities, and improving early 
diagnosis so treatment is commenced 
when medical intervention is likely to 
deliver the best outcome. 

The plan is deliverable in that almost 
everything within it is already being 
implemented successfully somewhere 
within the NHS. The aim of the next 
5 years is simply to roll out this good 
practice across the NHS. The aim for 
greater integration, keeping people 
out of hospital, and embracing new 
technology is in the right direction, and 
if politicians resist the urge to tinker 
and meddle it has a fair chance of 

making a difference. However, success 
is dependent on two big challenges—
will the funding be sufficient and is 
there the workforce to deliver it?

FUNDING
The total budget for the NHS in 2018/19 
is £114 billion. The funding through to 
2023/24 will increase in real terms by 
£20.5 billion, averaging 3.4% average 
real terms growth per annum against 
the 2.2% rise of recent years, and 
only 1.1% growth in the years of the 
coalition government. However, it is 
significantly less than the 5–6% average 
for the Blair/Brown years,1 and below 
the average of 3.7% since the NHS was 
founded.1

Alastair Whitington, Consultant Editor for Specialised 
Commissioning, welcomes the new NHS plan’s ambitions, 
but questions how it can be delivered

verdict on the NHS 
‘LONG TERM’ plan: 
could be good but...

About the author

Alastair Whitington is the Consultant Editor for Specialised Commissoning and 
also a trustee for Neuroblastoma UK.

Alastair led NHS England specialised commissioning engagement with providers and 
eight CCGs in North West London from 2013–2015. He was also Programme of Care 
Lead for London, responsible for the design and development of the commissioning 
framework and delivery of national strategies for over 100 specialised services. 
Alastair previously managed the Cancer Drugs Fund and Individual Funding 
Request process for specialised services in London.

* alastair.whitington@mgp.co.uk
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The new money has to be stretched a 
long way. In 2017/18, 44% of NHS Trusts 
(65% of acute trusts) were in debt to 
the tune of £960 million,² so the first 
£1 billion goes on rebalancing the books, 
and it is worth bearing in mind that 
every 1% of pay inflation will reduce the 
pot by a further half a billion pounds.³

The expectation of at least 1.1% 
cash-releasing productivity growth 
is certainly more achievable than the 
unrealistic £20 billion savings target 
that was set in the first half of this 
decade.⁴ The agreement that the NHS 
holds onto any saving for reinvestment 
is also sensible in providing the 
necessary incentive to get delivery.

WORKFORCE
The NHS employs 1.2 million full-time 
equivalent staff to deliver current 
services. Current challenges include the 
100,000 vacant posts within NHS Trusts 
(including 10,000 doctors and 36,000 
nurses),³ and staff leaving the workforce 
early to pursue employment elsewhere 
or early retirement. According to a 
report from three health think tanks⁵ 
these staff are not being replaced fast 
enough, either through people training 
(the removal of the nursing bursary 
may be a factor here), or by people 
coming into the country from the EU 
and beyond. Add to that the level of 
satisfaction and stress that existing 
staff feel,⁶ and the starting point to 
implement the long term plan is not 
good. The solution is not only improving 
recruitment and training but also 
improving the environment in which 

staff work, and whether they feel valued 
and motivated. The 2017 staff survey 
suggests that there is still some way to 
go.⁷ Refreshing the long-term vision for 
the NHS is welcome, and the objectives 
for the next 5 years are clear and 
attainable. However, long term success 
will depend on the funding being 
sustained and a workforce of sufficient 
size and capability to deliver it.
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Claire Green, MRPharmS 
claire.green@mgp.co.uk 
Editor, Specialised Commissioning

The new 10-year plan (see page 5) 
nudges the NHS in a very positive 
direction without overturning 
existing legislation. Collaboration 
rather than competition will gently 
but profoundly improve the way the 
system works, benefitting patients 
and saving money. As integrated care 
becomes the norm, the third sector 
should also become much more 
closely involved and has a lot to offer 
the NHS in terms of resource and 
patient-centred expertise. In this issue 
of Specialised Commissioning, our 
expert articles focus on collaboration. 
Henny Braund, Chief Executive of 
the blood cancer charity Anthony 
Nolan (page 13), offers a blueprint for 
how commissioners can successfully 
collaborate with charities. Dr Jayne 
Spink, Chief Executive of Genetic 
Alliance UK (page 17), explains how 
collaborative working across Europe 
benefits people with rare conditions. 
The newly negotiated Voluntary 
Scheme for Branded Medicines Pricing 
and Access (VPAS) has collaboration 
at its heart, with NHS England, NICE, 
and the pharmaceutical industry 
committing to work together to 
improve new medicines access—Paul 
Catchpole, Director of Value and 
Access, ABPI, sets out the steps that 
have been agreed to make this happen 
on page 9. 

Finally, we have two highly-topical 
articles on specialist medicines.
Cannabis-based medicines are the 
focus of Medicines Corner on page 27 
by Martin Bradley, Formulary and 
Interface Pharmacist at Guy’s and St 
Thomas’ NHS Trust, and biosimilars 
are discussed in our conference 
report on page 20.

The new money 
has to be stretched 

… the first £1 billion 
goes on rebalancing 

the books
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The NHS long term plan: what does the future hold?
The NHS long term plan lays out 
a strategy for the modernisation, 
redesign, and expansion of the NHS. 
The plan focuses on priority areas for 
improvement, covered in seven chapters:
• a new service model for the 21st 

century
• more NHS action on prevention and 

health inequalities
• further progress on care quality and 

outcomes
• NHS staff will get the backing they 

need
• digitally-enabled care will go 

mainstream across the NHS
• taxpayers’ investment will be used to 

maximum effect
• next steps.

The plan guides strategy for the 
entire NHS, but the role of specialised 
commissioning remains essential to 
delivery of many aspects of the plan.

Cancer

Cancer survival is at the highest level 
it has ever been, and 1-year survival 
has improved significantly since 
the millennium. The long-term plan 
identifies that one of the greatest 
priorities in the NHS to improve cancer 
survival is to achieve earlier diagnoses; 
it sets ambitious targets, planning to 
increase the proportion of cancers 
diagnosed at stages one or two to 
three-quarters of patients by 2028 (an 
increase of around 55,000 people), by:
• lowering GP referral thresholds
• increasing awareness of cancer 

symptoms
• accelerating access to diagnosis and 

treatment
• expanding the number of cancers 

identified through screening.

A number of action points are aimed at 
improving care for children and young 
people with cancer. Survival rates in 
this population have doubled over the 
past 40 years, but cancer is nonetheless 
the most common cause of premature 

death in people aged 5–14 years. The 
NHS intends to:
• offer whole genome sequencing for 

all children with cancer from 2019
• support the implementation of the 

new generation of chimeric antigen 
receptor T-cell therapy

• increase teen and young adult 
participation in clinical trials to 50% 
by 2025

• offer all boys aged 12–13 vaccination 
against HPV-related diseases, 
including oral, throat, and anal cancer

• match-fund CCGs who increase their 
investment in local palliative and end 
of life services over the next 5 years.

Other focuses of the plan to improve 
cancer care include:
• speeding up the implementation of 

new techniques and technologies
• providing safer, more precise 

treatments such as advanced radio- 
and immunotherapy, including 
reforms to specialised commissioning 
payments for radiotherapy 
hypofractionation to support further 
upgrades

• extending the use of molecular 
diagnostics and routinely offering 
genetic testing to all people who will 
benefit

• a target to, by 2021, provide every 
person diagnosed with cancer 
(where appropriate) with access to 
personalised care, including a needs 
assessment and care plan.

Some strides are already being made in 
providing new cancer treatments. On 
23 January 2019, a 15-year-old boy with a 
rare form of brain cancer began proton 

beam therapy (PBT), a state-of-the-art 
form of precision radiotherapy, at new 
£125 million facilities in The Christie 
hospital in Manchester. This centre is 
the newest and most up-to-date PBT 
facility in the world, with a second due 
to open at University College Hospitals 
London in 2020. Prior to becoming 
available in the UK, the NHS paid for 
patients to receive PBT abroad.

NHS England also published updated 
service specifications for the provision 
of adult external beam radiotherapy 
services in January 2019, laying the 
foundations for:
• improved access to modern 

radiotherapy techniques
• improved experience of care
• increased participation in research 

and clinical trials
• reduced variation in quality of 

services and equipment.

Mental health

Mental health is an essential part of 
modern holistic healthcare, and the 
relationship between physical and 
mental has become much better 
understood. The plan includes a 
significant investment in mental 
health services of at least £2.3 billion 
by 2023/24. This will include support 
for community services, information 
sharing, and digital interventions.

During pregnancy and the 2 years 
following birth, around a quarter 
of women experience mental 
health problems. A lack of access to 
high-quality perinatal care is believed to 
cost the NHS and social care £1.2 billion 
annually. Many aspects of the plan's 
ambitions for perinatal mental health 
will be the responsibility of the mental 
health national programme of care, 
including:
• expanding access to evidence-based 

care for women with moderate-
to-severe perinatal mental health 
difficulties and a personality disorder 

The long-term plan 
includes a significant 
investment in mental 

health services of at least 
£2.3 billion by 2023/24
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diagnosis to 24,000 by 2023/24, in 
addition to an extra 30,000 women 
receiving specialist help by 2020/21

• extension of post-birth perinatal 
mental health services from 12 months 
to 24 months following birth

• expanding access to evidence-based 
psychological therapies to include 
parent-infant, couple, co-parenting, 
and family interventions

• offering support to fathers and 
partners of women accessing 
services, to help care for the 5–10% 
of fathers who also experience 
perinatal mental health difficulties.

Mental health support for children and 
young people is another feature of the 
long-term plan, acknowledging that 
many mental health problems develop 
early in life. This includes support 
for community-based services and 
educational institutions, increasing the 
availability of preventative support 
to reduce the demand on child and 
adolescent mental health services.

neonatal critical care
As part of the plan, neonatal critical 
care services will be redesigned and 
expanded to address shortages of 
capacity and improve triage within 
expert maternity and neonatal centres. 
The aim of this restructuring is to make 
the right level of care available as close 
to the family home as possible. 

The expert neonatal nursing workforce 
will be expanded, including roles for 
some allied health professionals to 
support the work of neonatal nurses. 

To enhance the experience of families 
during neonatal critical care, care 
coordinators in clinical neonatal 
networks will be expected to work with 
families to be more involved in the care 
of their children from 2021/22 and invest 
in improved parental accommodation.

Stroke care

Stroke is the fourth leading single cause 
of death in the UK, and the largest 
single cause of complex disability. The 
plan acknowledges that hyper-acute 
interventions, including thrombolysis 
and brain scanning, are best delivered 
as part of a 24/7 networked service. 
A number of goals have been set for 
centralised hyper-acute stroke care:
• increase the number of stroke 

patients receiving care at a specialist 
stroke unit to 90%

• expand mechanical thrombectomy 
availability from 1% of stroke 
patients to 10%

• work with Health Education England 
to modernise the stroke workforce.

Research and innovation

The NHS plan acknowledges that 
patients benefit enormously from the 
NHS working in partnership with the 
life sciences industry, with research and 
innovation providing access to essential 
breakthroughs that can improve 
services across all stages of care.

The NHS endorses and supports the 
Life sciences sector deal between the 
Government and industry to implement  
the next phase of the 2017 Life sciences 
industrial strategy. The deal will build 
on the achievements of 2018 and 
makes major new commitments and 
investments in the UK.

The NHS will also take an active role in 
research and innovation by:
• increasing the number of people 

participating in health research, to 
1 million by 2023/24

• supporting investment in potentially 
transformative areas, particularly 

genomics—the NHS will be the 
first national health system to offer 
routine whole genome sequencing 
where appropriate, aiming for the 
new genomics service to sequence 
500,000 genomes by 2023/24

• expanding infrastructure for 
real-world data collection

• investing in dissemination of new 
ideas, including guaranteed funding 
until April 2023 for Academic Health 
Science Networks (AHSNs), which 
have succeeded in spreading proven 
innovations.

The new Voluntary scheme for branded 
medicines pricing and access (VPAS) 
published in December 2018 is also 
mentioned as a way to help patients 
'benefit from faster adoption of 
cutting-edge and best value drugs, 
demonstrating [the NHS'] commitment 
to innovation while also supporting the 
sustainability of the NHS.' The plan also 
aims to create a simple, clear system 
for medtech and digital innovations 
to speed up the pipeline and deploy 
innovations to patients faster, including:
• a new advisory service for 

innovators, linked to AHSNs
• a unified approach to 

'horizon-scanning activities'
• a new medtech funding mandate 

to accelerate the uptake of proven, 
affordable innovations, which will 
apply to medtech products assessed 
as cost-saving by NICE.

the future?

The NHS has faced significant 
challenges in recent years, with both 
funding and workforce stretched in 
many sectors; the long-term plan will 
no doubt pose a significant challenge, 
but it contains a framework to improve 
staffing levels and funding, including the 
reinvestment of any efficiency savings 
directly back into front-line services. 
Specialised services will play a key role 
in providing cutting-edge care and be 
an essential driver of innovation and the 
implementation of new therapies and 
technology. 
www.longtermplan.nhs.uk

[Patients will] benefit 
from faster adoption of 
cutting-edge drugs … 
while also supporting 

the sustainability of the 
NHS
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CPAG PUBLISHES first round of FUNDING PRIORITIES for 2019/20
The Clinical Priorities Advisory Group 
(CPAG) has published the results of the 
November 2018 round of prioritisation 
for routine specialised commissioning.

At the December 2018 meeting of 
CPAG, it was decided that budget 
was available to approve funding for 
most of the treatments reviewed. This 
included all of the therapies in the first 
three levels of priority, though none 
were assigned to level one in this round:
• level two

 – small bowel transplantation 
service (adults) and small bowel 
transplantation (children)

 – selexipag for pulmonary arterial 
hypertension

 – trientine dihydrochloride for 
Wilson disease

• level three
 – everolimus for refractory seizures 

associated with tuberous sclerosis 
complex

 – selective internal radiation 
therapy (SIRT) for chemotherapy 

refractory/intolerant metastatic 
colorectal cancer

 – metreleptin for congenital leptin 
deficiency.

Human coagulation factor X for 
hereditary factor X deficiency was also 
considered level three, but identified 
as a lower priority; it will have the 
opportunity to be considered again in 
2019. 

An interim policy for the use of 
sapropterin for phenylketonuria was 
also included in the prioritisation round 
(at level four). Sapropterin is also being 
considered for long‑term funding by 
NICE, but as of writing (February 2019) 
the appraisal has been suspended 
pending a review of whether it is suitable 
for the technology appraisal or highly 
specialised technologies programme.

Two other therapies were also selected 
for routine commissioning as in‑year 
service developments, due to a very 

low overall budgetary impact. These 
therapies were:
• open foetal surgery to treat foetuses 

with open spina bifida
• gemcitabine and capecitabine as 

adjuvant treatment for resected 
pancreatic cancer.

Commenting on the confirmation 
of funding for in‑utero surgery for 
foetuses with spina bifida, Kate Steele, 
Chief Executive of the spina bifida 
and hydrocephalus charity Shine, said: 
'Athough open pre‑natal surgery is not 
a cure for spina bifida, and is not suitable 
for every pregnancy, any medical 
advances which will potentially improve 
the health and social outcomes for a 
baby born with spina bifida is very good 
news, and Shine welcomes this progress.'

Funding for all of the prioritised 
treatments will begin in April 2019. The 
second round of investment decisions 
for 2019/20 is due to take place in May. 
bit.ly/2sKGLPN

Should stroke services be centralised to improve care?
A BMJ study funded by the National 
Institute of Health Research has 
concluded that NHS reforms and 
consolidation of stroke units would 
benefit a majority of stroke patients.

The Stroke Association suggested the 
number of acute stroke units could be 
reduced from 127 to 80 specialist units, 
including 30 neuroscience centres and 
50 hyper‑acute stroke units (HSAUs). 
This forms part of the NHS long‑term 
plan to ‘reconfigure stroke services into 
specialist centres’.

In London, centralisation of stroke care 
has lessened the economic burden 
on the NHS, increased the number 
of patients receiving thrombolysis 
treatment, and reduced mortality. 
Centralisation elsewhere is also likely 
to improve care; the study observed 
that patients admitted to centralised 

HSAUs had better access to services 
such as brain scans and quicker direct 
admission to a stroke unit.

The study by the BMJ assessed an 
HSAU model of care with the main 
measures being travel distance, time, 
and the number of patients attending 
HSAUs with at least 600 admissions per 
year. The study found that it would be 
possible for most patients to visit an 
HSAU with at least 600 admissions per 
year, a figure which currently stands at 
just 56%.

The HSAU model described in the 
paper estimates that only 1.5% of the 
population would not benefit from 
centralisation, i.e. those located more 
than 1 hour from a reconfigured HSAU. 
Furthermore, the number of patients 
within 30 minutes of HSAUs would be 
reduced from 90% to 80–82%, with 

95% and 98% lying within 45 and 60 
minutes travel times, respectively. 

Analysis of the study by the Health 
Service Journal suggests that 
centralisation will involve:
• increasing the number of 

neuroscience centres from 24 to an 
estimated 30

• remodelling the current 102 stroke 
units into 50 HSAUs, each aiming to 
admit at least 600 patients per year.

The NHS has made no comment on 
the expected scale of centralisation 
that will occur but states that the 
reconfiguration will achieve ‘amongst 
the best performance in Europe for 
delivering thrombolysis’ by 2025, as well 
as increase the proportion of stroke 
patients receiving thrombectomy from 
1% to 10%. 
bit.ly/2RXHAUw
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NHS service specifications for CAR-T therapy published
Interim service specifications for the 
delivery of chimeric antigen receptor 
T-cell therapy, or CAR-T, have been 
published by NHS England. The 
specifications cover practical aspects 
of providing CAR-T therapy, including 
relevant care pathways, indications for 
therapy, and side-effect monitoring.

CAR-T is a complex treatment in which 
a patients’ own immune cells are 
extracted, modified to target cancer 
cells, and injected back into the patient. 
One type of CAR-T—axicabtagene 
ciloleucel—can be used in adult patients 
with relapsed or refractory large 
B-cell lymphoma after two or more 
lines of systemic therapy. The other, 

tisagenlecleucel, was approved for 
use in children and young people with 
B-cell acute lymphoblastic leukaemia or 
diffuse large B-cell lymphoma.

NICE has issued technology appraisal 
guidance on both therapies, concluding 
that they met the criteria to be 
recommended as an option within the 
Cancer Drugs Fund (CDF). The guidance 
will continue to be reviewed by NICE as 
and when new evidence comes to light.

The NHS has shown clear initiative 
in investing in CAR-T. The deal struck 
to provide axicabtagene ciloleucel 
was the first of its kind in Europe, and 
included a discount agreed with Gilead 

Sciences to approve its entry into the 
CDF; tisagenlecleucel was funded for 
use by within 10 days of the therapy 
being granted a European marketing 
authorisation—making it one of the 
fastest funding approvals in the history 
of the NHS.

The first children began treatment with 
CAR-T at Great Ormond Street Hospital 
(GOSH) in November 2018. Dr Peter 
Steer, Chief Executive of GOSH, said: ‘I 
am delighted GOSH will be providing 
this pioneering treatment… We aim 
to help every child we see fulfil their 
potential; offering CAR-T therapy does 
exactly that.’ 
bit.ly/2TqaDwH

SHCA publishes opinion on NICE HST review process
The Specialised Healthcare Alliance 
(SHCA) has published A backwards 
step?—assessing the impact of recent 
reforms to NICE on patients in England, 
an assessment of the impact of NICE 
reforms to the Highly Specialised 
Technologies (HST) approval system 
on patients. 

New treatments have provided 
people who have rare conditions 

with a better quality of life, but also 
result in a financial burden on the 
NHS. NHS England introduced a 
new system for approval of Highly 
Specialised Technologies (HST) based 
on cost-effectiveness thresholds that 
the SCHA says interferes with patients’ 
access to treatments for ultra-rare 
diseases and has not corresponded to 
an improvement in the time taken for 
NICE to issue guidance.

The SCHA is concerned about the 
impact of the HST process on patients 
and has, therefore, recommended that:
• the new system is reviewed as soon 

as possible and should, crucially, 
include engagement of patients and 
their representatives

• the cost-effectiveness threshold 
should be lifted in the meantime so 
that access to care is not impacted.

bit.ly/2G0NJJa

Doubling of PrEP Impact Trial places to 26,000 proposed
HIV pre-exposure prophylaxis (PrEP) 
is a preventative therapy taken before 
sexual intercourse to reduce the risk 
of HIV transmission. The PrEP Impact 
Trial, an NHS-funded study to test the 
effectiveness of PrEP, was initiated in 
2017 and more than 10,000 people have 
already signed up to participate.

The unexpected level of demand 
for PrEP has prompted experts to 
recommend that more people are 
enrolled. Researchers have made an 
official request to increase the total 
number of places from 13,000 to 
26,000.

John Stewart, Director of Specialised 
Commissioning at NHS England, is in 
support of the proposal, commenting 
that: ‘…NHS England will play its part in 
delivering on this recommendation by 
committing to fund additional places in 
line with existing funding arrangements.’ 
The trial is aiming to investigate the 
following:
• the number of people attending 

sexual health clinics eligible for PrEP 
• the proportion of eligible people who 

accept PrEP
• how long PrEP is used for
• the impact of PrEP on HIV and sexually 

transmitted infection incidence.

The proposal for more participants 
was supported in principle by the PrEP 
Oversight Board on 15 January 2019, 
which asked that local authorities 
and research sites rapidly assess their 
capacity to accept additional places.

Researchers argue that more places 
will help address questions regarding 
the need for PrEP in women and other 
groups, and that a ‘steady state’ of 
recruitment will allow the trial to better 
inform a national programme. Local 
authorities will continue to decide how 
many places to offer. 
bit.ly/2Frv2gz
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Following a year-long negotiation, 
the new pricing scheme for 
medicines was agreed on 

5 December 2018 between the 
Department of Health and Social Care 
(DHSC) and the Association of the 
British Pharmaceutical Industry (ABPI).
The new scheme will last for 5 years, 
from 2019 to 2023. 

Although it is the successor to the 
Pharmaceutical Price Regulation Scheme 
(PPRS), it has a new name: the Voluntary 
Scheme for Branded Medicines Pricing 
and Access 2019 (VPAS).1 While PPRS 
was a convenient acronym, which served 
us well for 60 years, the new name is 
more informative and confirms that the 
scheme is:
• voluntary not statutory
• covers branded medicines, not 

generics
• covers medicines access policy, as 

well as pricing. 

For the first time, NHS England was 
a party to the negotiations and is 
therefore tied into the agreement 
alongside the ABPI and DHSC. An 
agreed set of commitments will 
be worked on together, which is 
very positive as far as industry is 
concerned. 

The new scheme has three main 
objectives (see Figure 1):
• to improve patient outcomes by 

improving access for the most 
clinically and cost-effective 
medicines 

• to maintain affordability of UK 
medicines spend, and provide 
predictability for all parties 

• to support innovation in the 
pharmaceutical industry, and deliver 
a net benefit to the UK economy.

PLANNING AND HORIZON 
SCANNING
All parties agreed that more 
planning was needed to support the 
introduction of new technologies and 
medicines, so the new agreement 
contains a package of measures 
around enhanced horizon scanning. 
This was first initiated two PPRS 
schemes ago, with the introduction of 
UK PharmaScan—the single national 
repository for all new medicines and 
significant indications. This now needs 
to be more complete and up-to-date, 
and to provide more comprehensive 
forward planning information—a 
commitment that industry will need to 
make. On the other side, NHS England 
needs to use the information better 
and more comprehensively to support 
planning for the introduction of new 
medicines where more complex patient 
pathway changes or service redesign 
are required. 
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NICE will remain central to streamlining 
horizon scanning in terms of managing 
the process. 

There is a real opportunity for more 
of the steps that are currently done 
in sequence, to be done together in 
parallel.  For example, the introduction 
of chimeric antigen receptor T-cell 
(CAR-T) therapy demonstrated how 
this new enhanced horizon scanning 
process could work. For CAR-T, 
pharmaceutical companies and NHS 
England started planning early, so that 
when the treatments were licenced, 
they could be made available quickly. 

NICE PROCESS CHANGES
In terms of streamlining routes 
to market and value assessment 
processes, it has been agreed that 
all new medicines and signifi cant 
indications will now have the option 
for an appropriate NICE appraisal. 
This is very important: unless there’s 
a clear rationale for not doing so, all 
new medicines will now go through 
the NICE process. This will help take 

the pressure off  some of the other 
evaluation methods in the system, such 
as the emerging Regional Medicines 
Optimisation Committee (RMOC) 
process, and the NHS England Clinical 
Priorities Advisory Group (CPAG) 
specialised commissioning process. 

It has also been agreed that 
appraisal timelines for oncology and 
non-oncology medicines will now 
be fully aligned. This is an important 

point of equity and means it should be 
possible to shave up to 6 months off  
non-oncology evaluations.

The cost-eff ectiveness threshold used 
by NICE will be maintained for the 
duration of the scheme. It has been 
agreed that the value assessment 
process, in terms of how new medicines 
are assessed, will be looked at by NICE 
in 2019/2020. There will be a methods 
review both for the technology 
appraisal process, and following on 
from that, for the highly specialised 
technology appraisal process.

NEW COMMERCIAL 
FRAMEWORK
There will be signifi cant changes 
around the processes of commercial 
discussions between companies and 
NHS England and the new scheme 
contains a commitment to develop a 
new framework, called the Commercial 
Framework. This will be a document 
that NHS England owns, and that 
ABPI, industry, and other stakeholders 

…all new 
medicines and 

significant 
indications will 
now have the 
option for an 

appropriate NICE 
appraisal 

Figure 1: Overarching objectives for the new scheme were agreed by Government and industry

Reproduced with permission from ABPI.
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will contribute to. This Commercial 
Framework will be used to set out 
how the new processes will work, 
and how the whole commercial 
environment will be brought together 
in a coherent way. This means that 
existing commercial flexibilities offered 
by NHS England will evolve, leading to 
more efficient working, and innovative 
commercial access arrangements to 
support medicines through the NICE 
process. These may also address 
further specific challenges around 
uptake and affordability. 

Current arrangements around patient 
access schemes will be carried 
forward. In addition, more enhanced 
confidential commercial arrangements 
will be agreed with NHS England in 
specified circumstances. There is a 
need to simplify some of the language 
and context, and the Commercial 
Framework will help with this. 

There is a commitment to share 
commercial agreements that are 
put in place with England across the 
devolved nations. The aim of this is to 
try and expedite early discussions with 
stakeholders in the devolved nations, 
so that appropriate and commensurate 
commercial arrangements can be put in 
place in those devolved nations too, to 
speed up patient access. 

ACCELERATING UPTAKE
All parties aspire to see greater uptake 
of the most clinically- and cost-effective 
medicines that provide significant 
health gain (see Box 1). A range of 
measures have been agreed to support 
this, by improving the measurement of 
medicines uptake, strengthening uptake 
targets, and sharing better information 
about uptake (see Box 2).

It has also been agreed that there will 
be a focus on trying to drive uptake 
for some groups of medicines to levels 
considered to be among the best in the 
world. These will be identified from the 
top five health gain categories. Health 
gain will need to be clearly defined 

as this can mean different things to 
different people and how the top five 
highest health gain categories are 
decided will be an important matter 
of debate, particularly in the context 
of NHS England’s commissioning 
role in specialised services, where it’s 
not necessarily about treating the 
maximum numbers of patients, but 
smaller cohorts of patients. 

AFFORDABILITY AND INDUSTRY 
PAYMENTS

In terms of the financial and operating 
aspects of the scheme, it has been 
agreed to continue with another 
capped medicines bill arrangement. 
For the last 5 years, all expenditure on 

the medicines bill over agreed levels 
has been paid back by the industry to 
Government. Over the course of the 
2014 scheme, industry paid back £2.8 
billion, which was more than £1 million 
a day coming back into the system.2 A 
similar arrangement has been agreed 
for the next 5 years, with growth 
levels now capped at 2% per year. The 
method for calculating the payments 
and the measured spend has also been 
significantly strengthened to make the 
arrangements more robust.

Overall, the scheme remains 
pro-innovative, and supportive for 
small companies. Companies with 
annual sales of scheme products of 
less than £5m will be exempt from 
payments. In addition, there will be a 
taper, where companies with sales of 
scheme products up to £25 million, will 
also benefit from not paying on the first 
£5 million of these sales. 

In 2019, the first year of the scheme, 
industry will be paying back £930 million 
into the system.2

Freedom to set list prices for new 
active substances and subsequent 
line extensions will be maintained. 
In addition, New Active Substances 
(NAS) will be exempt from payment for 
36 months on a rolling basis from their 
date of licence, backdated to January 
2018, to encourage launch soon after 
licensing.

Box 1: Commitments to improve uptake for the most clinically- and cost-
effective medicines 

• An upper quartile target for the five highest health gain categories during the 
first half of the scheme  

• Continued development of the Innovation Scorecard and other uptake 
measurement tools to provide a more comprehensive approach to tracking 
uptake 

• NHS England will proactively provide tailored implementation support to 
ensure uptake of the medicines that offer the strongest value propositions 

• Continued discussions on the development of the data infrastructure 
to enable improved information collection and generation of real world 
evidence, including on an indication-specific basis where appropriate 

• Earlier commercial engagement for the most transformative and best value 
products to ensure faster commercial agreement for companies willing to 
work with the NHS and price responsibly. 

All parties aspire 
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TRANSITIONING TO THE NEW 
SYSTEM
Work has now started on 
implementation of all of the key 
commitments agreed in the scheme. 

For the moment, existing processes for 
access to medicines will remain in place 
(including Patient Access Schemes, 
Cancer Drugs Fund, Budget Impact Test 
(BIT), Commercial Access Agreements, 
Managed Access Agreements, etc.) 
while the commitments agreed in 

the new scheme are worked up into 
operational arrangements:
• NICE increases capacity (by around 

April 2020) to facilitate all new 
medicines and significant indications 
having an appropriate appraisal

• NHS England works with NICE and 
ABPI to develop and publish the new 
Commercial Framework

• NICE BIT Review, NICE TA and HST 
Methods Reviews progress during 
2019 and 2020. 

CONCLUSION

As at the beginning of the year, more 
than 170 pharmaceutical companies 
have signed up to the new voluntary 
scheme, which together account for 
more than 85% of all NHS expenditure 
on branded medicines.2 ABPI is very 
much looking forward to continuing 
to work with NHS England, NICE, 
DHSC and patient organisations on 
supporting the implementation of all 
of the agreed commitments in the new 
scheme for the benefit of NHS patients 
and on behalf of the pharmaceutical 
industry in the UK. 
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Box 2: Summary of market access commitments in the new voluntary scheme

 • Development of enhanced horizon scanning processes 

 • Improved early engagement and better planning for the most transformative and high value medicines 

 • NHS England account management approach 

 • All new medicines and significant indications will have an appropriate NICE appraisal, unless there is a clear rationale for not 
doing so 

 • Alignment of oncology and non-oncology appraisal timings 

 • Mandatory funding for all NICE approved medicines (reduced need for reliance on NHS England specialised commissioning 
process, RMOC evaluations and local assessments) 

 • Maintenance of the baseline cost-effectiveness threshold 

 • Value assessment methods to be considered through NICE TA and HST methods reviews in 2019/20 

 • Development of a clear process for integrated commercial discussions with NHS England and NICE 

 • Additional commercial flexibilities available for higher value products 

 • Commitment to sharing confidential prices across devolved nations; option to align devolved nations’ commercial arrangements 
where comparable 

 • Greater transparency on expected tenders 

 • Commitments to improve uptake including bespoke uptake support for the products with the strongest value propositions.

RMOC=Regional Medicines Optimisation Committee; TA=technology appraisal; HST=highly specialised technologies
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Blood cancer is the fifth most 
common cancer type in the UK 
and the third most common 

cause of cancer mortality, with more 
than 15,000 deaths each year.1 A stem 
cell transplant can represent the 
only hope of survival for people with 
the disease. By genetically matching 
patients with stem cell donors from 
the Anthony Nolan register or with 
one of the 33 million donors registered 
worldwide,2 each day the lives of three 
people in the UK are saved.3 

However, with around half of stem cell 
recipients not reaching the milestone of 
5-year survival,4 there is much more to 
be done to meet patient need. Effective 
cross-sector collaboration is the only 
strategy that will deliver success and 
the stem cell transplant community is 
taking important steps to unlock the 
power of partnerships.

The fundamental questions that we 
face in stem cell transplantation are, of 
course, being asked across specialised 
commissioning: 
• How can we accelerate research to 

improve clinical outcomes?
• How can increasingly sophisticated 

forms of personalised medicine be 
accommodated?

• How do we ensure that the care and 
support that patients receive are 
built around their individual needs?

These are big questions and they 
occupy the minds of charities and 
commissioners alike. However, as 
shared problems they have shared 
solutions; for this reason it is more 
important than ever that all involved in 
specialised healthcare work together in 
new and innovative ways. 

A NEW RESEARCH 
PARTNERSHIP
As one of the original forms of 
personalised medicine to be pioneered 
in the NHS 45 years ago, stem cell 
transplantation offers inspiration 
to anyone engaged in specialised 
commissioning. In the years that have 
passed since a young boy named Simon 

Bostic received the first successful 
unrelated donor transplant, over 
16,000 patients in the UK have received 
stem cells from a donor.3

However, while more patients than 
ever are receiving a successful 
transplant,5 there remains a clear need 
for developments in clinical practice 
to deliver necessary improvements in 
survival and quality of life following 
treatment. 

Such progress can only be delivered 
through robust research, but in recent 
years transplant centres have found it 
difficult to recruit sufficient numbers 
of stem cell transplant patients to 
clinical trials due to relatively small 
patient numbers and a lack of resource 
in individual centres. In addition, a 
complex regulatory environment has 
made it difficult for centres to work 
collaboratively. These factors have 
led to a worrying lack of high-quality 
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research,6 representing a significant 
barrier to the adoption of improved 
treatment strategies as well as 
hindering effective commissioning. 

In response, a unique collaboration has 
emerged; Anthony Nolan, NHS Blood 
and Transplant, and research charity 
Leuka have established IMPACT.7 The 
IMPACT Partnership brings together 22 
specialist hospitals, networked around 
a single ‘facilitation hub’ at the Queen 
Elizabeth Hospital Birmingham, to 
accelerate the delivery of prospective 
clinical trials focused on improving 
transplantation outcomes. 

In its first year the partnership has 
already delivered three multi-centre 
trials, currently recruiting patients 
with leukaemia and lymphoma, with 
more to come in the next 3 years. By 
serving as a ‘front door’ for stem cell 

transplantation research, IMPACT has 
also facilitated closer working with 
industry, further accelerating the 
progression of new technologies from 
the bench to the bedside. 

By improving the effectiveness of 
clinical practice over time and reducing 
the likelihood of readmission and 
complications following transplant, 
it is hoped that IMPACT research 
will reduce the overall burden on the 
specialised commissioning budget. 
Collaborations like this promise to 
deliver significant value for the NHS 
and offer a model by which to ensure 
patients benefit more quickly from 
medical advances. But this benefit can 
only be delivered on a larger scale if 
commissioners recognise and embrace 
the power of partnerships with the 
charity sector.

A NEW ERA OF PERSONALISED 
MEDICINE
While efforts to evolve clinical practice 
in stem cell transplantation are ongoing 
and vital for many patients with 
blood cancers and blood disorders, 
new treatments are also opening up 
for this group. The possibilities that 
are being realised through genome 
sequencing and bioinformatics are 

exciting, allowing more targeted and 
effective interventions to be tailored 
for individual patients.

The era of personalised medicine is 
already here, but it is not new. Just 
as those early stem cell transplant 
pioneers pushed the boundaries of 
what could be achieved for patients 
with seemingly incurable conditions, so 
too are a new generation of researchers 
and clinicians in immunotherapy. 

When the stem cell donor register 
was established in a small room at 
Westminster Hospital in 1974 it was a 
world first. The NHS achieved another 
first in 2018 by approving chimeric 
antigen receptor T-cell (CAR-T) therapy, 
which involves collecting and using 
patients’ own immune cells to treat 
blood cancers.8 The commitment by 
NHS England to ensuring access to this 
significant treatment is welcome. At the 
same time, however, novel therapies 
like CAR-T pose more challenges for a 
health service which is under pressure 
on numerous fronts. In this area, too, the 
third sector offers considerable value. 

For example, the delivery of therapies 
like CAR-T requires rigorous processes 
for the timely collection, storage, and 
movement of cell products. Long-term 
follow-up data must be accurately 
captured and processed, and patients 
and families need appropriate care and 
support throughout their intensive 
treatment journey. These are all 
activities that Anthony Nolan engages 
in each day in its role as the stem cell 
transplant registry, and it is keen that 
its expertise is used by commissioners 
throughout the adoption of new and 
complex personalised treatments.

A PATHWAY THAT WORKS FOR 
PATIENTS
The provision of appropriate, 
long-term, follow-up care and 
support is a new challenge in the 
context of CAR-T therapy, but it is 
a well-established and persistent 

Stem cell transplants can cause challenging late effects needing specialist follow up
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challenge in stem cell transplantation. 
Anthony Nolan has already sought 
to adopt a collaborative approach to 
identifying appropriate solutions.

Stem cell transplantation is an 
intensive treatment associated with 
a wide range of challenging physical 
and psychological late effects that 
require specialist follow up. As 
increasing numbers of patients receive 
a transplant and look towards their 
long-term recovery, it is vital that 
appropriate services can be accessed 
following treatment.

Unfortunately, research by Anthony 
Nolan shows that in this area the 
commissioning structure is working 
against patients. This is because 
transplant is commissioned as a 
specialised service until 100 days 
following treatment, after which time 
the funding and planning of services 
that patients need become the 
responsibility of local commissioners.

Why is this a problem? It could be argued 
that as long as the patient’s experience 
is unaffected it should not matter 
which commissioner is responsible 
for the service. However, the charity’s 
report Recovery after transplant: who 
cares? revealed that patients often face 
significant barriers to accessing the 
care and support they need following 

discharge from hospital.9 As one 
patient quoted in the report put it, the 
experience can feel ‘like falling off a cliff’. 

The report also found that one-third 
of CCGs did not realise they were 
responsible for services after the 
100-day time point,9 suggesting 
significant confusion in the NHS about 
who should be leading and coordinating 
long-term support for patients. The 
charity’s research also supports the 
findings of a comprehensive survey of 
late effects services in the UK NHS, 
which concluded that further work 
was required to solve variation in the 
long-term follow up of transplant 
survivors.10 This clearly needs to 
be rectified, and from a specialist 
commissioner point of view, it makes no 
sense to invest in a treatment without 
ensuring that it has the best chances of 
success.

In response to this problem Anthony 
Nolan has adopted two approaches. 
First, it has funded post-transplant 
clinical nurse specialist posts in 
12 hospitals, in addition to three 
specialist clinical psychologists. By 
partnering with hospital trusts in this 
way, these funded positions are not only 
helping to bridge the gaps in service 
provision, but they are also helping to 

develop best practice which can be 
disseminated nationally. Second, the 
charity has combined its expertise with 
that of clinicians, patients, and hospital 
leads to develop a post-transplant 
pathway, which sets out clearly the 
services patients require at each 
point in their recovery journey and 
how these can most effectively be 
delivered. Following the completion 
of a consultation period in late 2018, 
the charity will publish its conclusions 
in spring. In doing so, it hopes to work 
in partnership with commissioners to 
ensure these important services can 
be accessed by patients for as long as 
they need them, regardless of where 
they live.

PATIENTS AS PARTNERS IN 
DECISION-MAKING
The project to develop a pathway for 
post-transplant care has shown that 
patients are keen to be involved in 
shaping the services they need. There is 
no doubt that patients and their family 
members can bring considerable insight 
and expertise to the table. Despite this, 
much more can be done to ensure that 
patients are regarded as partners by 
specialised commissioners. 

Blood cancer represents a significant area of focus for specialised commissioning
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This is a challenge that is particularly 
relevant in the context of the NHS 
England policy development process, 
which was examined in a report by 
the Specialised Healthcare Alliance 
(SHCA) in October 2018.11 The report 
highlighted concerns across the patient 
community that decisions are taken 
at NHS England meetings which are 
closed to the public, with no details 
shared following the deliberations. 

As the SHCA pointed out, patients 
lack confidence in decisions when they 
do not know how they are made. The 
report concluded that NHS England 
can learn from best practice elsewhere 
when facilitating patient engagement, 
including from NICE and the Scottish 
Medicines Consortium.11 

Addressing this challenge is also high 
on the agenda of the Blood Cancer 
Alliance, which is chaired by Anthony 
Nolan and comprises 12 UK charities 
representing people affected by blood 
cancer.12 Given that blood cancer is 
the fifth most common type of cancer 
in the UK and the third most fatal,1 it 
represents a significant area of focus 
for specialised commissioning. We 
are, however, falling behind other 
comparable nations when it comes to 
patient outcomes. The EUROCARE 5 
study, which analysed data between 
1997 and 2008, found that the risk of 
death across different types of blood 
cancer in the UK was higher than in 
other European regions.13

As well as serving as a forum to share 
information and ideas, members of 
the Blood Cancer Alliance are pursuing 
an ambitious shared agenda to ensure 
patients have a seat at the table 
when decisions are made about their 
treatment, care, and support. 

The Alliance’s aim is to engage 
commissioners and policymakers to 
improve awareness of the specific 
challenges that blood cancer patients 
face, and to champion policy proposals 
which will help ensure that patient 
outcomes in the UK keep pace with 
other nations. 

CONCLUSION
The activities of the stem cell 
transplant community illustrate 
that the third sector is a source of 
energy, enthusiasm, and expertise, 
and a constructive and valuable 
partner of specialised commissioners. 
Whether improving outcomes through 
research, sharing and developing 
expertise, or supporting patients 
and families, charities are proactively 
responding to challenges on behalf 
of their beneficiaries. Patient-focused 
organisations like Anthony Nolan 
deliver value to the NHS each day, 
but they could do even more if 
commissioners fully recognise and 
embrace this contribution. 

How can we unlock the power 
of partnerships in specialised 
commissioning? Effective collaboration 
requires shared aims, regular dialogue, 
and transparent processes—all of 
which must be underpinned by mutual 
trust. Charities and commissioners alike 
must focus on strengthening these 
foundations if we are to tackle the big 
questions facing the health service in 
the months and years ahead.  
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In Europe, rare diseases are those 
that affect fewer than one in 2000 
people.1 There are more than 6000 

rare diseases,1 and 3.5 million people 
in the UK—one in 17—will be affected 
by a rare condition at some point 
in their lives.2 The sheer number of 
rare diseases, and the potential for 
differences in symptoms and severity 
among individual patients with any 
given disease, mean it is impossible for 
any healthcare professional to have 
awareness or knowledge of every rare 
disease. 

DIAGNOSTIC ODYSSEY
A survey conducted by Genetic 
Alliance UK in 20152 found that before 
receiving a rare disease diagnosis, 
patients felt they were not given 
enough information or support. This 
is particularly significant given that 
the ‘diagnostic odyssey’, or journey 
to diagnosis for a patient with a rare 
disease, can be lengthy. Around 
one‑quarter of patients wait more than 
5 years for a diagnosis, with more than 
half receiving at least one incorrect 
diagnosis, and more than one‑third 
receiving upwards of three incorrect 
diagnoses.2 

Throughout life, having a rare disease 
means that individuals and their families 
can face a constellation of challenges 
that are not usually so prominent for 
those with more common conditions. 

The first challenge is securing a 
diagnosis, with people living with 
rare diseases reporting difficulties 
in persuading medical professionals 
that the symptoms they or their child 

are experiencing are real and not 
‘psychological’ or down to their being a 
‘neurotic parent’.² Having no diagnosis 
is a significant barrier to accessing 
coordinated care and appropriate 
treatment, and 73% of respondents 
in the survey conducted by Genetic 
Alliance UK who had no diagnosis 
felt it had been a barrier to accessing 
treatment.²

ISOLATING EXPERIENCE
Receiving a diagnosis of a rare disease 
can be an isolating experience, bringing 
fresh challenges. Information relating 
to care and treatment is not shared 
between hospital trusts, or between 
specialist and local services.² 

Most rare disease patients are left 
to coordinate their own care, which 
involves attending multiple clinics and 
travelling significant distances to them.³ 
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Families may be given little information 
about their condition and are often left 
to research it themselves. Third‑sector 
and voluntary groups perform critical 
functions that include providing 
information, access to support and 
their patient community, and providing 
opportunities to engage with and 
support research. The value of these 
services is under‑recognised, with far 
too few clinicians being aware of the 
benefits of signposting patients to 
third‑sector organisations. 

Over time, and often with the support 
of others from their patient community, 
individuals gather knowledge and 
tackle the repeated task of educating 
non‑specialist professionals² during 
their own or their child’s medical 
consultations. This accumulated 
knowledge and engagement helps to 
support patients in their interactions 
with health services and professionals 
and improve access to appropriate 
treatment and care. 

The physical effects of living with a 
rare condition tend to be more readily 
recognised and addressed than the 
social, economic, educational, and 
emotional effects. Living with a rare 
or undiagnosed condition can result in 
anxiety, stress, and low mood. A recent 
survey conducted by Genetic Alliance 
UK found that 95% of respondents 
with a rare condition had felt ‘worried’ 

or ‘anxious’, 93% had felt ‘stressed’, 
and 90% had felt ‘low’.⁴ Patients 
and carers can become emotionally 
exhausted: living with a rare disease can 
push families to ‘breaking point’. Low 
levels of awareness among healthcare 
professionals, the process of seeking 
a diagnosis, not being believed, and 
poor care coordination are reported 
as having a negative effect on mental 
health by four out of five patients/
carers.⁴

EUROPEAN REFERENCE 
NETWORKS
With the low prevalence of rare 
diseases, the ability to collaborate 
across national borders in terms 
of diagnostic expertise, care, and 
research is fundamental. The European 
Commission (EC) has developed 
European Reference Networks (ERNs) 
so that knowledge and expertise about 
rare diseases can be shared across 
Europe.⁵ 

The UK is set to leave the European 
Union (EU) and, at the time of writing, 
the UK Government and the EU had 
not agreed on a withdrawal procedure 
that would protect the UK’s ability 
to continue to be involved in ERNs. 
A ‘no‑deal’ exit from the EU would 
leave us without any basis to take part. 

Currently, there are 24 ERNs and the 
UK is involved in 23. Until recently, the 
UK was leading six of these networks. 
However, in preparation for the UK’s 
departure from the EU, the EC asked 
these hospitals to step down from 
their roles by 14 November 2018. 
Without the continued involvement 
of the UK, the capacity of ERNs will 
be diminished and they risk falling 
short of their ambition to raise 
standards and equity in rare disease 
care across the EU. Critically, this loss 
will affect rare disease services and 
patients in the UK. Genetic Alliance 
UK’s campaign, Protect ERNs, aims to 
ensure that families affected by rare 
and undiagnosed conditions are not 
disadvantaged.⁶ 

For many patients the challenges of 
managing their condition are made 
worse by the absence of an effective 
treatment. Research including clinical 
trials for rare diseases is dependent on 
the ability to collaborate across national 
borders and the UK’s future ability to 
fund and attract rare disease research 
is also uncertain pending the outcome 
of Brexit.  

ORPHAN MEDICINAL PRODUCTS
Even where there is a licensed 
treatment for a rare disease, gaining 
access can be a struggle. Only half of 
all licensed orphan medicinal products 
(OMPs) are routinely available on the 
NHS and around one‑fifth have not 
been assessed for access.7 

The time taken to evaluate and make 
available rare disease medicines in the 
UK is greater than in most European 
nations. For individual patients with 
rare diseases, particularly where the 
condition is progressive, the effect of 
making funding decisions so slowly can 
be catastrophic. Across the UK there 
are no less than 17 different systems 
for assessing whether OMPs should be 
made available on the NHS: a diversity 
of approach that makes little sense for 
medicines licensed for small patient 
populations. 

Families are often left to research rare conditions themselves and, over time, repeatedly 
have to educate non-specialist professionals
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COMMISSIONING CHALLENGES
Commissioning and delivering 
evidence-based, best standards of care 
pose challenges for commissioners and 
healthcare providers. Given that there 
are more than 6000 rare diseases,1 
evidence-based guidelines exist for only 
a few. For the rarest rare conditions, 
there are 34 condition-specific, highly 
specialised service specifications. For 
the rest, of the 146 specialised service 
specifications adopted by NHS England, 
fewer than 40 relate to individual rare 
diseases and most date back to 2013.8 

Lack of equity to access specialised 
(tertiary) care affects how patients 
view the quality of care they receive. 
In a 2018 survey carried out by 
Genetic Alliance UK, more than 60% 
of respondents rated their care as 
‘satisfactory’ or ‘poor’, with just 
under half of those without access to 
specialist centres rating their care as 
‘poor’.9 We are clearly some time away 
from the goal of delivering equity of 
access to the best possible care for 
every patient with a rare disease. 

REFRESH THE UK STRATEGY 
FOR RARE DISEASES
Rare Disease Day, held on the last day 
of February, is an annual reminder to 
policymakers and commissioners that 
while rare diseases individually are rare, 
collectively they are common.10 

That is why Genetic Alliance UK is 
calling on the DHSC to lead a refresh 
and review of the UK Strategy for Rare 
Diseases, published in 2013.11

The landscape of possibilities for rare 
disease diagnosis, care, and treatment 
has undergone a technology-
driven transformation since the 
publication of the strategy. The 
policy environment too has changed 
and many of the structures and 
bodies referenced in 2013 have been 
consigned to history. New approaches 
to evaluation and commissioning have 
been developed and new initiatives, 
such as the NHS England genomic 
medicine service12 and the EC’s ERNs, 
have been born.5 

The time to review and refresh the 
UK Strategy for Rare Diseases,11 the 
principles and ambitions of which still 
hold true, is now.  
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A Westminster Health Forum 
on The future of biosimilars in 
the UK—innovation, regulation 

and increasing uptake, was held on 
18 October 2018 at Congress Centre, 
London.

The BIOSIMILAR EVOLUTION—
or REVOLUTION

Kavya Gopal, Head of Specialty, 
Sandoz, and Chair of the British 
Biosimilars Association discussed 
how the UK has been a leader in 
biosimilar uptake.

The UK has seen a consistently strong 
uptake of biosimilars in the last 3 years, 
including some very complex biologics 
in very complex disease states. 
Infliximab biosimilars, launched in the 
UK in 2015,1 are now at 91% uptake in 
England, according to The Medicines 
Optimisation Dashboard,2 whereas lots 
of other countries are not at that level. 
Uptake of biosimilar etanercept is at 
82%, and biosimilar rituximab, launched 
in 2017, is already at 73%.2 (Note: these 
were May 2018 figures; see Figure 1 
overleaf for the most recent July 2018 
figures.)

The UK has done everything possible 
to make the uptake of biosimilars 
work—not just for NHS savings, but 
from a hospital standpoint, and from 
a practice standpoint—ensuring that 
patients continually receive the right 
care. 

Across Europe, biosimilar uptake 
has not been as rapid because the 
dynamics in these markets are quite 
different. Germany and France, for 
example, are more retail based: patients 
go to a physician’s office, a product is 
prescribed, and a pharmacy dispenses 
it. Italy and Spain are more similar 
to the UK because they are ‘tender 
markets’. However, tender markets 
differ. In Nordic countries, the winner 
of the tender takes all. The beauty of 
the way the tenders work in the UK 
biosimilars market, is that they are 
frameworks that still allow choice; any 
of the biosimilars on the framework 
can be used by hospitals. A hospital 

then makes a choice of which biosimilar 
they want to use, and they will actively 
move all appropriate patients from the 
originator to the biosimilar. The UK’s 
positive approach to biosimilars has 
achieved really good uptake, saving 
£210 million in 2017/18.3
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Increasing complexity
The complexity of biosimilars has 
changed in the last 10–15 years:
• the more recent biosimilars are 

much larger products in terms 
of value, with the originators 
essentially blockbusters when they 
launched

• more indications will be coming, 
in addition to immunology and 
oncology

• the availability of strong clinical data 
is of even more importance than 
it used to be; clinicians need to be 
comfortable using these products 
for chronic conditions, for example, 
if a patient with rheumatoid arthritis 
is stable on a biologic, clinicians 
may not want to take the risk of 
changing their treatment, risking a 
flare-up in a previously controlled 
condition, because of the huge 
impact on quality of life

• there is now significant patient 

engagement and impact; while 
some biologics are administered in 
hospital, many are self-administered 
by the patient, so patients need to 
be comfortable with any changes

• the engagement of patient 
associations and nurses, not just 
clinicians, and the associated 
training, is more important now 
than it was before. 

Tools and resources
There are several tools and resources 
available to help with switching to 
biosimilars:
• What is a biosimilar medicine?4

• Commissioning framework for 
biological medicines5

• The Cancer Vanguard Joint Working 
Project6 

• Regional Medicines Optimisation 
Committees (RMOC) guidance 
is available for some of the new 
products.

The future for biosimilars
Between now and 2025 some 
interesting biosimilars will be coming 
to market for a mix of indications, 
including oncology. For example, 
bevacizumab, pertuzumab, aflibercept, 
ustekinumab, and denosumab. The UK 
market for these will be interesting 
because they are not based on big 
blockbusters like some of the recent 
biologic patent expirations. Potentially, 
less clinical data might be required 
for these products, leading to faster 
approvals. New formulations beyond 
the reference medicine may be 
developed for some biosimilars, e.g. 
subcutaneous. Finally, it is important to 
remember that the goal of switching to 
biosimilars is not just to gain savings for 
the NHS, or for biosimilar companies to 
make profits. It is also about increasing 
access for patients. Savings should be 
reinvested to improve patient access 
and NHS sustainability. Therefore, keep 

Figure 1: NHS England Trust data shows that biosimilars uptake has been consistently strong2
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an eye out for changes to guidelines, 
pathways, and the regulatory 
framework over the next 2–3 years. 
Earlier access to biologics could mean 
prevention of long-term complications, 
leading to further cost-savings beyond 
just the drug cost.  

LEARNINGS FROM THE NORTH
Dr Martin Perry, Consultant 
Physician and Rheumatologist, NHS 
Greater Glasgow and Clyde shared 
his experiences from a national project 
in Scotland where he was seconded as 
a rheumatologist to a group called the 
Effective Prescribing Programme. 

The project was initiated by the 
Government under a transformational 
change programme, and the aim was 
to switch patients from originators 
to biosimilars across all of the 14 
territorial health boards in Scotland. 
This approach was undertaken because 
the Government had looked at existing 
data from Scandinavia and saw that 
there was considerable difference in 
the initial phase of biosimilar uptake. 
For example, in Denmark there was 
very rapid introduction of biosimilar 
agents, of almost 96% at 6 months, 
whereas in Sweden less than 10% of 
patients were initiated on biosimilars. 
What were the issues here? Well 
there were, of course, financial 
drivers, but in Denmark national 
advice was distributed, they took 
clinical consensus, and their national 
procurement system initiated change. 
In Sweden, however, the drug authority 
had quite a negative approach, they 

decided not to recommend switching, 
and there was very low managerial 
involvement. 

Implementation in Scotland
• Firstly, a series of workshops was 

initiated. These were specialty based, 
it was an iterative process, and the 
same clinicians and a broad selection 
of stakeholders were involved over a 
period of time to ensure a thorough 
understanding of the existing 
framework

• Secondly, each of the biologic 
leads for all the health boards 
was approached. Dr Perry or 
his gastroenterology-seconded 
colleague got in touch with the leads 
to try and understand what the local 
barriers were to implementation and 
to facilitate change

• Thirdly, the national procurement 
agency developed a monthly report 
which outlined biosimilar uptake and 
originator molecule uptake in each of 
the territorial health boards. These 
were distributed to all the chief 
executives and biologic leads and 
several of them said that this was a 
spur to help them facilitate change 
because they were comparing their 
rates with other areas 

• The fourth area was to develop 
publications at both at a grassroots 
level and at a national level. Case 
studies were identified where 
switching had been effective. The 
case studies included the business 
cases, quality, and drug monitoring. 
Nationally, a policy document was 
developed—A national prescribing 
framework—which was both to 
educate and reassure.7 This set out 
broad principles of prescribing, in 
addition to a lot of practical advice 
about switching process 

• Finally, a system of biologic drug 
monitoring was piloted to ensure 
quality of care. This was put as a 
business case to the chief executives 
of all the health boards. They 
accepted it, and in March 2018, a 
national service was started for 
measuring serum blood levels of two 
biologic drugs, with plans to extend 
it further.

The importance of patient 
engagement
To a patient there’s no immediate 
benefit in switching to a biosimilar drug, 
so this can be a tricky area. They don’t 
necessarily see a difference, and there 
can be a perception that moving to 
a cheaper drug implies lower quality. 
The way in which the team engages 
with patients is crucial, and the more 
face-to-face contact that can happen as 
part of the informed consent process, 
the better. Patients are mostly happy 
to switch once the process has been 
explained clearly, both face to face and 
with some written documentation. 

Gain-share arrangements
There is a gain-share issue, but 
such arrangements can work. For 
clinicians, there is a real hassle factor 
with switching: they need to identify 
patients, change prescriptions, 
engage with patients, and spend time 
making sure they are happy with 
the process. Surprisingly, the NHS 
managers involved were very engaged 
in looking at the gain share and this 
resulted in very supportive gain-share 
arrangements. For example, a locally 
gained fantastic pharmacist and 
specialist nurse.

Conclusions
The learning points identified 
through clinician engagement and the 
implementation of national strategies 

Savings should 
be reinvested to 
improve patient 
access and NHS 
sustainability

…the NHS 
managers involved 
were very engaged 
in looking at the 
gain share and 
this resulted in 
very supportive 

gain-share 
arrangements 
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were key. Cross-specialty working and 
co-operation helped yield success; 
the integration of gastroenterology 
and rheumatology led to services and 
developments which wouldn’t have 
happened otherwise. Finally, the local 
gain share and managerial buy-in were 
key to getting clinicians involved. As a 
result, targets for biosimilar switching 
were exceeded fairly rapidly and uptake 
of biosimilars has increased in rapidity 
as each new agent has come out. 

CANCER VANGUARD 
BIOSIMILARS PROJECT
Jatinder Harchowal, Chief 
Pharmacist, The Royal Marsden 
NHS Foundation Trust and 
Medicines Lead for the RM 
Partners Cancer Alliance shared 
his experience of the introduction of 
biosimilars in the Cancer Vanguard. 

The Cancer Vanguard combined 
local and national expertise from 
three very large cancer centres to 
create a programme that aimed to 
improve biosimilar uptake, and reduce 
variation, across the country. The 
idea was to produce something that 
everybody could download, utilise, 
and adapt for their local practice (see 
Figure 2).6 

The initiative ran from 2016 to the 
end of March 2018. An interactive 
PDF was produced that is available 
online, detailing all the work needed to 
prepare for a biosimilar switch, starting 
from 6 months before switch. 

Key learnings
• Education and information on 

biosimilars is key
• Don’t underestimate how important 

it is to engage with clinicians and 
patients, including patient groups

• Commissioning guidance and 
commissioning for quality and 
innovation (CQUIN) enablers help 
with uptake 

• Engagement with commissioners 
throughout is important, to 
make sure that people are either 
incentivised or the savings go back 
to the NHS

• Replicability of approach for 
different biologics

• Non-promotional support from 
pharmaceutical companies helps 
with scaling up educational 
materials.

The widespread support for 
biosimilars that is around now was 
not there 18 months ago. Colleagues 
in other countries paint a picture that 
shows where the UK was 2 years ago. 
There are people around the world 
who can share and learn from this 
experience.

Figure 2: Interactive PDF produced by the Cancer Vanguard6 
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REalising the potential of 
biosimilars
Marjan Noor, Partner at Allen & 
Overy, explained how the regulatory 
framework for biosimilars will continue 
to help the UK realise their potential. 

One of the reasons Europe is so 
advanced compared with America in 
the regulation of biosimilars is that 
the legislation was overhauled in the 
mid‑2000s. There was an introduction 
into the legislation of a specific 
provision to allow for biosimilar 
approval. For the first time, legislators 
recognised that biosimilars were 
different to small molecule drugs, and 
that biosimilar companies could never 
show that their product was exactly 
the same as the originator. A system 
had to be put in place to allow a more 
simplified approval, but not necessarily 
needing to establish the same level of 
identity as with a generic medicine. 

The European Medicines Agency 
(EMA) produced guidance on what 
sort of pre‑clinical and clinical studies 
companies would need to submit in 
order to get biosimilar approvals. They 
produced a quality guideline, a non‑
clinical and clinical issues guideline, and 
probably most importantly, a series of 
product‑specific guidelines. 

Part of the reason the antibody 
biosimilars came later was because the 
antibody approved product‑specific 
guidelines came later. The original 
guidelines were for more simple 
molecules, for which it was easier 
to establish exactly what tests were 
needed to demonstrate biosimilarity. 
As the EMA and companies became 
more confident in terms of the amount 
of data that needed to be submitted, 
more product‑specific guidelines were 
developed. 

Biobetters
If a company seeks to improve a 
biosimilar and makes adjustments to 
it that are considered innovative, then 
that product, a ‘biobetter’, can get a 

patent in its own right (provided that 
the patent for the original biologic 
has expired). There are advantages 
in doing this because although the 
burden of bringing a biobetter onto the 
market is less than with a completely 
new originator product, it attracts an 
exclusivity advantage if it can get patent 
protection to prevent other companies 
from launching biosimilars of the 
biobetter. 

BALANCING THE biosimilars 
nhs financial windfall with 
improved patient access
Angela McFarlane, Market 
Development Director, IQVIA offers 
a post‑conference update on the 
biosimilars market and explains how a 
sustainable market can be created that 
balances innovation with value.

In cancer, the UK is for once at the top 
of the league table with regard to the 
uptake of biosimilar rituximab (see 
Figure 3). The data for trastuzumab for 
breast cancer is just starting to come 
in as the most recent biosimilars enter 
the market, but the trajectory bodes 
well for another windfall. For infliximab 
biosimilars for inflammatory conditions 
such as rheumatoid arthritis, Crohn’s 
disease, psoriasis, and ulcerative colitis, 
the UK is second to Norway, Poland, 
and Denmark. For etanercept, again 
for inflammatory conditions, the UK 
is third in the league table after the 
Scandinavian countries. At the time 
of writing, it is too early to report on 
adalimumab biosimilar data.

Use of purchasing mechanisms
Careful design of the purchasing 
system is needed to balance the 
effectiveness of tenders and contracts 
with the requirements for long‑term 
market sustainability. Tendering and 
contracting in the biologics market 
can, if properly balanced, facilitate 
the generation of healthy market 
competition, allow payers to adequately 
manage healthcare budgets over 
time, and address the needs of other 

key market stakeholders (patients, 
physicians, care institutions, biosimilar 
manufacturers, and originator 
manufacturers).

Insights on the adalimumab tender
The most recent tender carried out 
for adalimumab has taken on board 
some of the issues raised in IQVIA’s 
2018 white paper about creating a 
competitive and sustainable market.8 
In order to allocate market access 
fairly and start to develop a sustainable 
market, the available English market 
was split into 11 regional groups of 
providers, varying in size and based on 
the location of the hospital provider. 
This meant that no one supplier of 
adalimumab could be awarded the 
whole market, and it provided a strong 
incentive for suppliers to offer their 
best price at the point of tender. NHS 
England intends to set a reference price 
for adalimumab, applying from 1 April 
2019, which commissioners and trusts 
will be expected to use.

Pricing control policies
Price control policies in the form of 
molecule reference pricing, direct price 
cuts, or other forms, facilitate budget 
release in the short term while granting 
access to the biologics markets for all 
biosimilar and originator players. In 
parallel, physician prescription freedom 
is maintained and patient product 
continuity is guaranteed to a greater 
extent. Price control should, however, 

Tendering and 
contracting in the 
biologics market 
can, if properly 

balanced, facilitate 
the generation of 
healthy market 

competition
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be implemented so that market forces 
are not signifi cantly disrupted and 
manufacturers remain able to freely 
compete based on multiple product 
criteria, and services beyond price.

Promoting innovation
In an environment that fosters 
sustainability, both originator biologic 
and biosimilar manufacturers are 
incentivised and encouraged to 
continue innovating in diff erentiation 
areas for their products outside price, 
and to continue the development of 
new products, further supporting the 
sustainability of the market and fi nding 
new ways to support the needs of all 
other key stakeholders.

Improving patient access
There is an unmet patient need for 
earlier use of biologics than the now 
rather outdated NICE guidance allows. 
For the real benefi t of the disruptive 
promise that biosimilars hold, it’s time 
for an honest conversation between 
the stakeholders, because the UK 
has the toughest access criteria in 
Europe. The launch of biosimilars 
enhances competition within the 
market, resulting in price reduction of 
both the originator product and the 
biosimilars. As price decreases, the cost 
per quality-adjusted life year (QALY) is 
also reduced, making these therapies 
more cost-eff ective. For example, 

there is scope for CCGs to have 
pragmatic, evidence-based discussions 
with clinicians to allow earlier use of 
biologics, including biosimilars, within 
the treatment pathway for rheumatoid 
arthritis and other infl ammatory 
conditions, to bring the UK standard of 
care in line with that of the EU5. 

The question remains for NHS leaders: 
do you mean what you say in the 
Biologics framework about improving 
patient access and really applying 
the term ‘best value’? NHS leaders 
should be pragmatic about the scope 
for allowing earlier use of biologics, 
including biosimilars, or does the NHS 
payer attitude not exist for anything 
other than recycling the savings to fi ll 
local potholes?
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On 1 November 2018, the 
Government rescheduled 
cannabis-based products for 

medicinal use (CBPMs) from Schedule 
1 to Schedule 2 of the Misuse of 
Drugs Regulations 20011 following a 
review of medical evidence by the 
Advisory Council on the Misuse of 
Drugs.2 The review did not include 
synthetic cannabinoids and a decision 
on these has been reserved for future 
consideration.2 Therefore, CBPMs 
may now legally be prescribed where 
there is an unmet clinical need. The 
Government has restricted the 
prescribing of cannabis-based products 
to specialist clinicians only, that is, 
those on the Specialist Register of the 
General Medical Council (GMC).2

DEFINITION OF CBPMS THAT 
CAN NOW BE PRESCRIBED
CBPMs are defined as products 
containing cannabis, cannabis 
resin, cannabidiol (CBD), or a CBD 

derivative, for example, delta-9-
tetrahydrocannabinol (THC) produced 
for medicinal use in humans. They are a 
medicinal product or an ingredient of a 
medicinal product.2

Prescribers are expected to prescribe a 
product only where they are certain of 
its content and quality. The Medicines 
and Healthcare products Regulatory 
Agency (MHRA) has published 
guidance for the supply, manufacture, 
importation, and distribution of 
unlicensed CBPMs (specials) in humans.3

The product being prescribed must 
be procured from a manufacturer or 
importer holding a good distribution 
practice certificate from the MHRA and 
the cannabis strain and THC/CBD ratio, 
where relevant, should be detailed.3
Alternatively, patients may have the 
option of applying to the Home Office 
for a personal import licence. 

However, there are other CBPMs or 
synthetic derivatives that were already 
licensed or under regulatory review 

for licensing for medicinal use. The 
legislation has made no change to the 
status of those substances.

COMMISSIONING STATUS 
AND EXPECTED INTERNAL 
GOVERNANCE PROCESSES

The responsible commissioner for 
CBPMs depends on the indication. 
On 31 October 2018, NHS England 
produced a short summary for 
providers and commissioners; currently 
no CBPM is routinely commissioned 
by NHS England.2 This communication 
recommends that, as a minimum, 
approval for prescription by an 
individual NHS provider should be  
granted only on a named patient basis 
by the trust’s drug and therapeutics 
committee or equivalent, or the trust’s 
medical director, and that trusts will 
need to meet the cost of treatment.2
Prescribers should also be aware that 
any decision to prescribe an unlicensed 
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product must take into account the 
GMC guidance.4 It is expected that 
prescribing of a CBPM would only be 
considered after all other treatment 
options had been shown to fail or were 
judged inappropriate.2

In December 2018, NHS England 
produced supplementary information 
for providers and commissioners 
highlighting which CBPMs are affected 
by the regulations (see Box 1), and the 
CBPMs available before the legislation 
change that are not affected (see Box 2).5

EVIDENCE FOR USE OF CBPMS
NICE is reviewing the use of medicinal 
cannabis-based products and intends 
to publish final guidance by October 
2019. It will cover their use in chronic 
pain, intractable nausea and vomiting, 
spasticity, and severe treatment-
resistant epilepsy.7 In the interim, some 
medical bodies have produced guidance 
for specialists on the use of CBPMs.

Intractable childhood epilepsy 
The British Paediatric Neurology 
Association has produced guidance on 
the use of CBPMs in children and young 
people with epilepsy.8 It details the 
evidence for pure CBD (Epidiolex®) and 
criteria for use of this agent as a last 
resort for children with uncontrolled 
epilepsy. It advises that CBD should be 
the default choice of CBPM in children 

with epilepsy. It does not recommend 
prescribing other non-licensed CBPMs, 
whether or not they comply with 
good manufacturing practice (GMP) 
and good distribution practice (GDP)
standards, as there is no randomised 
controlled clinical trial evidence of 
safety or efficacy in children and 
young people with epilepsy for 
these products. It recommends that 
patients who are already taking other 
cannabis-based products of GMP and 
GDP standard that contain higher 
proportions of THC (>0.2%) with 
apparent benefit are transitioned to 
CBD (Epidiolex®) until robust evidence 
emerges of these products’ safety and 
efficacy.8

Chemotherapy-induced nausea and 
vomiting (CINV)
The Royal College of Physicians (RCP) 
states that there is some evidence for 
the use of cannabinoids to prevent 

CINV. Evidence from randomised 
controlled trials suggests nabilone is 
effective, but it has significant side 
effects in the form of neurological 
symptoms.9

Pain
The RCP advises that studies show 
mixed or uncertain results for 
cannabinoids in the treatment of pain 
in palliative care. Therefore, their place 
in therapy is unclear and they are 
not recommended in routine clinical 
practice.9 The evidence for use in this 
setting mainly relates to nabiximols. 
The RCP does not recommend the use 
of CBPMs in chronic pain because there 
is no robust evidence.9

Spasticity in multiple sclerosis
NHS England has asked the Association 
of British Neurologists to provide 
interim guidance on the use of CBPMs 
in adult neurological conditions, 
including multiple sclerosis.5 The 
evidence specifically relates to 
nabiximols, which is licensed for 
this indication; however, NICE does 
not recommend this treatment on 
cost-effectiveness grounds.6

IMPLICATIONS OF THE CHANGE 
IN LEGISLATION
There is significant disparity between 
public expectations of the implications 
of the legislation change and the 
actual effects. Certain reports in 
the media appear to have accepted 
medical cannabis to be effective in a 

Box 1: Cannabis-based products available for medicinal use after 
1 November 2018 (i.e. unlicensed product but manufactured under a GMP 
certificate and intended for medicinal use)5

Tilray and Bedrocan products

These are a range of preparations containing THC and CBD with differing percentages 
of the active constituents. These are now legally available on prescription on a named 
patient basis if supplies are possible. They are now classed as Schedule 2 controlled 
drugs and commissioning responsibility depends on the indication. 

At the time of writing, the choice of products available for prescription in the UK is 
very limited. Dutch law currently prevents export of Bedrocan cannabis oil products.
GMP=good manufacturing practice; THC=delta-9-tetrahydrocannabinol; CBD=cannabidiol

Prescribers should prescribe a product only where they are certain of its content and quality
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lengthy list of conditions, whereas the 
current view of the majority of expert 
clinicians is that the evidence as a 
whole is weak.8-10 Importantly, the key 
evidence supporting the indications 
that NICE is reviewing, is generally 
for CBPMs or synthetic derivatives 
that are not the subject of current 
interest and are not impacted by  the 
recent legislative changes. The current 
lack of a source of UK-manufactured 
CBPM and the challenges of sourcing 
products made outside of the UK that 
meet the regulatory requirements 
for importation, continue to severely 
constrain supply of products for UK 
patients. 
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Box 2: Cannabis-based products or synthetic derivatives already available for medicinal use before 1 November 
20185

Nabiximols (extracts from two strains of cannabis with standardised content of THC and CBD)

This is licensed in the UK for spasticity in multiple sclerosis, but not recommended by NICE because it is not cost effective.6 CCGs 
are the responsible commissioners and it is a Schedule 4 controlled drug.

Nabilone

A synthetic cannabinoid that mimics THC. It is licensed in the UK for nausea and vomiting caused by chemotherapy and is a 
Schedule 2 controlled drug. NHS England is the responsible commissioner for this indication and it is considered in tariff.

Dronabinol

This is a synthetic, structurally identical form of THC. It is not licensed in the UK but is approved for use in the US by the Food and 
Drug Administration to treat loss of appetite in people with AIDS and severe nausea and vomiting in cancer chemotherapy. It is a 
Schedule 2 controlled drug and available on a named patient basis as an imported product.

CBD isolated from pure cannabis

This is unlicensed in the UK. It is registered as a medicine and approved for use in the US to treat Lennox-Gastaut syndrome or 
Dravet syndrome in patients aged 2 years and older. The European Medicines Agency is reviewing it for licence in the European 
Union, but it is available through an early access programme at some specialist centres in the UK. NICE is reviewing this treatment 
under a technology appraisal that is due in November 2019 and NHS England is the responsible commissioner for this indication. It 
is pure CBD and is not a controlled drug.

THC=delta-9-tetrahydrocannabinol; CBD=cannabidiol
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Treatments for routine commissioning by NHS England as per the criteria set out in the policies

Clinical Commissioning Policy 170093P (effective 
from 1st April 2019)

Everolimus for refractory focal onset seizures associated with tuberous sclerosis 
complex (ages 2 years and above)

This policy will supercede policy 170053P (not commissioned for this indication). In a review of this treatment in June 2018, NHS 
England stated that there was sufficient evidence to commission everolimus for this indication, but that balanced against other relative 
priorities it would not fund it. The new policy will supercede this original decision and treatment will be funded in the next financial year.

Clinical Commissioning Policy 170101P Gemcitabine and capecitabine following surgery for pancreatic cancer (all ages)

Clinical Commissioning Policy 170095P (effective 
from 1st April 2019) Metreleptin for congenital leptin deficiency (all ages)

Clinical Commissioning Policy 170102P (effective 
from 1st April 2019)

Selective internal radiation therapy (SIRT) for chemotherapy refractory / 
intolerant metastatic colorectal cancer (adults)

Clinical Commissioning Policy 170104P (effective 
from 1st April 2019) Selexipag for treating pulmonary arterial hypertension (adults)

This policy will supercede Policy 170065P (not commissioned for this indication). In a review of this treatment in June 2018, NHS 
England stated that there was sufficient evidence to commission selexipag for this indication, but that balanced against other 
relative priorities it would not fund this intervention. The new policy will supercede this original decision and treatment will be 
funded in the next financial year.
Clinical Commissioning Policy 170094P (effective 
from 1st April 2019) Trientine for Wilson disease (all ages)

Treatments that NHS England will not routinely commission

Clinical Commissioning Policy 170080P Clofarabine for refractory or relapsed acute myeloid leukaemia (AML) as a 
bridge to stem cell transplantation (all ages)

Clinical Commissioning Policy 170105P (effective 
from 1st April) Human coagulation factor X for hereditary factor X deficiency (all ages)

This was originally not approved for commissioning in June 2018 under Policy 170065P. After reconsideration, NHS England has 
confirmed that this treatment will not be commissioned.
Clinical Commissioning Policy 170088P Infliximab for progressive pulmonary sarcoidosis in adults
Clinical Commissioning Policy 170103P (effective 
from 1st April) Sapropterin for phenylketonuria (all ages)

This policy will supercede policy E06/P/: the use of sapropterin in children with phenylketonuria

Policy statements approved for routine commissioning

Urgent Clinical Commissioning Policy Statement 
170037P (effective until 31st March 2019)

Allogeneic stem cell transplantation for adults with primary immune deficiency 
disorders

This policy statement will be formally reviewed by April 2019.

Clinical Commissioning Policy Statement 170084P Rituximab biosimilar for the treatment of myasthenia gravis (adults)

This document will lapse upon publication by NHS England of a clinical commissioning policy for the proposed intervention that 
confirms whether it is routinely or non-routinely commissioned.

Policy statements not approved for routine commissioning

Clinical Commissioning Policy Statement 170090P Stereotactic radiosurgery and stereotactic radiotherapy for intracranial 
ependymoma (children)

Clinical Commissioning Urgent Policy Statement 
170097P Convection enhanced delivery for diffuse intrinsic glioma (children)

Recently published NHS england clinical commissioning policies
NHS England clinical commissioning policies for specialised services 
published since our last update, compiled by Martin Bradley



PATIENT ACCESS

patient access schemes

New and updated TAs and HSTs (from October 2018–January 2019) and associated patient access schemes

TA Ref Treatment Indication PAS Type Updated

HST8 Burosumab (Crysvita) X-linked hypophosphataemia in children and 
young people

Simple discount October 2018

TA542 Cabozantinib (Cabometyx) Untreated advanced renal cell carcinoma Simple discount October 2018
TA544 Dabrafenib (Tafinlar) Combination adjuvant treatment of resected 

BRAF V600 mutation-positive melanoma
Simple discount October 2018

Trametinib (Mekinist) Simple discount
TA293 Eltrombopag (Revolade) Chronic immune (idiopathic) thrombocytopenic 

purpura
Simple discount October 2018

TA221 Romiplostim (Nplate) Chronic immune (idiopathic) thrombocytopenic 
purpura

Simple discount October 2018

TA543 Tofacitinib (Xeljanz) Combination treatment with methotrexate 
for active psoriatic arthritis after inadequate 
response to DMARDs

Simple discount October 2018

TA545 Gemtuzumab ozogamicin 
(Mylotarg)

Combination treatment with daunorubicin 
and cytarabine for untreated acute myeloid 
leukaemia

Simple discount November 2018

TA547 Tofacitinib (Xeljanz) Previously treated moderately to severely active 
ulcerative colitis

Simple discount November 2018

TA553 Pembrolizumab 
(Keytruda)

Adjuvant treatment of resected melanoma with 
high risk of recurrence

CAA December 2018

TA551 Lenvatinib (Lenvima) Untreated advanced hepatocellular carcinoma Simple discount December 2018
TA552 Liposomal cytarabine–

daunorubicin (Vyxeos)
Untreated acute myeloid leukaemia Simple discount December 2018

TA554 Tisagenlecleucel 
(Kymriah)

Relapsed or refractory B-cell acute 
lymphoblastic leukaemia in people aged up to 
25 years

Simple discount December 2018

TA559 Axicabtagene ciloleucel 
(Yescarta)

Diffuse large B-cell lymphoma and primary 
mediastinal large B-cell lymphoma after two or 
more systemic therapies

CAA January 2019

TA558 Nivolumab (Opdivo) Adjuvant treatment of completely resected 
melanoma with lymph node involvement or 
metastatic disease

CAA January 2019

TA557 Pembrolizumab 
(Keytruda)

Combination treatment with pemetrexed 
and platinum chemotherapy for untreated, 
metastatic, non-squamous non-small-cell lung 
cancer

CAA January 2019

TA555 Regorafenib (Stivarga) Previously treated advanced hepatocellular 
carcinoma

Simple discount January 2019

TA=technology appraisal; HST=highly specialised technologies; PAS=patient access scheme; CAA=commercial access agreement; 
DMARD=disease-modifying antirheumatic drug

Patient access schemes (PAS) are innovative pricing agreements, proposed by pharmaceutical companies, designed to 
improve cost effectiveness and facilitate patient access to specific drugs or other technologies. The table below shows 
treatments recommended by NICE through NICE technology appraisals, published or updated within the last 4 months, 
alongside their approved PAS and other commercial arrangements, for use in the NHS. 
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Specialised commissioning PPV 
partner conference

NHS England 
Venue: Prospero House, 241 Borough High 
Street, London SE1 1GA
bit.ly/2MvR8jD

Priorities for the regulation of 
medicines, clinical trials, and 
medical devices in the UK

Westminster Health Forum 
Venue: Central London
bit.ly/2UfxDhH

The future of pharmaceutical 
pricing and access to medicines

Westminster Health Forum 
Venue: Central London
bit.ly/2T96ZaN

NHS workforce congress: health 
and care strategy

Convenzis 
Venue: Etc.Venues, 11 Portland St, 
Manchester M1 3HU
bit.ly/2B16wjy

Meeting the changing needs of 
people living with cancer: evolution 
of the cancer pathway

The King’s Fund 
Venue: The King’s Fund, 11–13 Cavendish 
Square, London W1G 0AN
bit.ly/2riMlZ7

Delivering the NHS long term plan

Open Forum Events 
Venue: Mary Ward House Conference and 
Exhibition Centre, 5–7 Tavistock Place, 
London WC1H 9SN
bit.ly/2MwgP3F

Delivering integrated care: learning 
from experience

The King’s Fund 
Venue: The King’s Fund, 11–13 Cavendish 
Square, London W1G 0AN
bit.ly/2rmyW1T

The future for health research in 
England—funding, regulation and 
next steps for policy

Westminster Health Forum 
Venue: Central London
bit.ly/2sH4Ua2

Priorities for implementing the 
NHS long term plan

Westminster Health Forum 
Venue: Central London
bit.ly/2TAoJeA

NICE annual conference 2019

NICE
Venue: Hilton Manchester Deansgate,    
303 Deansgate, Manchester M3 4L
bit.ly/2ByqMZR
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• share learning from pioneering new models of care

• feature insights from all interested parties—including 
healthcare professionals, commissioners, patient 
groups, charities, the pharmaceutical industry.

Ensure you receive your FREE copy 
Register at: www.specialised-commissioning.co.uk

*Eligibility criteria apply. Eligible roles include: clinical directors, medical directors, directors/heads of commissioning, directors of contracting and finance, directors of 
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