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Outcome of joint negotiations for Zolgensma

Bluebird to pull gene therapies from EU, UK as it

prepares European exit

NICE ME/CFS guideline outlines steps for better

diagnosis and management

What is a hazard ratio and why is it important for

HTA agencies?



THE NEWS

The Beneluxa Initiative has negotiated its first tripartite

pricing and reimbursement deal—for Novartis’s gene

therapy Zolgensma (onasemnogene abeparvovec), for the

treatment of Spinal Muscular Atrophy (SMA). 

The aim of the Beneluxa Initiative is to enhance the access

of patients to high quality and affordable treatment.

Belgium, Ireland and the Netherlands will all reimburse the

drug for SMA patients with a bi-allelic mutation in the SMN1

gene and a clinical diagnosis of type 1 and for pre-

symptomatic patients with up to three copies of the SMN2

gene.

THE IMPACT

Health Minister Rudi Anschober commented: “The decision

to cover the costs was taken jointly by the states, social

insurance and the federal government. ... This cooperation

is a milestone in my efforts to ensure the long-term supply

of innovative and often very cost-intensive medicines in

Austria, and to do so under uniform conditions throughout

the country.”

source: https://bit.ly/3GhuLtM

OUTCOME OF JOINT NEGOTIATIONS FOR

ZOLGENSMA



THE NEWS

Bluebird bio disclosed in a US securities filing that it will

withdraw its EU marketing authorisation for Skysona

(elivaldogene autotemcel), as well as its UK filing for the one-

time gene therapy, which is used to treat cerebral

adrenoleukodystrophy (CALD). 

It also anticipates withdrawing marketing authorisations for its

beta-thalassemia gene therapy Zynteglo (betibeglogene

autotemcel) from both the EU and UK by early 2022.

The moves are part of the company's previously announced

plans to scale back operations in Europe and focus on the US

market instead.

THE IMPACT

In the filing, bluebird said it expects to continue activities for

the long-term follow-up of patients already enrolled in the EU

clinical trial programmes, but does not intend to launch any

new trials in Europe for the beta-thalassemia, CALD or sickle-

cell disease programmes.

source: https://bit.ly/3biQzqt

BLUEBIRD TO PULL GENE THERAPIES

FROM EU, UK AS IT PREPARES

EUROPEAN EXIT

https://new.firstwordpharma.com/story/5354929
https://new.firstwordpharma.com/story/5369731


THE NEWS

NICE has published its updated guideline on the diagnosis and

management of myalgic encephalomyelitis (or

encephalopathy)/chronic fatigue syndrome (ME/CFS).

The guideline covers every aspect of ME/CFS in children, young

people and adults from its identification and assessment before

and after diagnosis to its management, monitoring and review.

THE IMPACT

People with ME/CFS should receive individually tailored support

focused on personal agreed goals and a range of approaches

should be used depending on the patient's preferences and

priorities.

The guideline recommends that any physical activity or exercise

programmes should only be considered for people with ME/CFS in

specific circumstances and should begin by establishing the

person’s physical activity capability at a level that does not

worsen their symptoms.

Although cognitive behavioural therapy (CBT) has sometimes

been assumed to be a cure for ME/CFS, the guideline

recommends it should only be offered to support people who live

with ME/CFS to manage their symptoms, improve their

functioning and reduce the distress associated with having a

chronic illness.

source: https://bit.ly/3GJhL05

NICE ME/CFS GUIDELINE OUTLINES

STEPS FOR BETTER DIAGNOSIS AND

MANAGEMENT



THE NEWS

A hazard ratio provides an estimated ratio of patients

experiencing the event of interest over a period of time in

the experimental group versus the control group of the

study. 

Hazard ratios are used to report outcomes from clinical trials.

In oncology, a hazard ratio (HR) is commonly used to

estimate the treatment effect for survival endpoints such as

overall survival (OS) and progression free survival (PFS).

Both endpoints, in particular OS, are regarded as the gold

standard for demonstrating clinical benefit in oncology trials

and is the preferred criterion for Heath Technology

assessment (HTA) agencies.  

THE IMPACT

HTA agencies make recommendations on the best use of

new medicines and their willingness to pay for those

medicines. Understanding the magnitude of difference in

outcomes, such as OS, between a new treatment and the

standard of care is therefore critical. 

Used correctly, a HR can be a powerful tool for doing so and

so make an important contribution to the evidence base for a

new product. 

source: https://bit.ly/3m2G8xv

WHAT IS A HAZARD RATIO AND WHY IS

IT IMPORTANT FOR HTA AGENCIES?



"We always welcome your thoughts and opinions on
the topics raised here. 

If you’d like to share anything or hear how we can
support you in getting your product to market email
Paul and Graham, managing directors, today at:
contact@remapconsulting.com"
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