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Best New Drug Award

Launching a successful new product launch marks the 
culmination of years of risky and expensive R&D; this Award 
recognizes excellence in drug development. 

MSD’S ERVEBO (EBOLA ZAIRE VACCINE (RVSVΔG-ZEBOV-GP) LIVE)
MSD’s Ervebo is the first vaccine for active immunization of 
individuals age 18 or older to protect against Ebola virus disease 
EVD caused by Zaire ebolavirus. It was approved by the European 
Commission and the US Food and Drug Administration at a time 
when the Democratic Republic of Congo was experiencing the 
second-largest Ebola epidemic on record. It is now approved in four 
African countries — the DRC, Burundi, Ghana and Zambia – and over 
300,000 people have been vaccinated.

ALNYLAM PHARMACEUTICALS’ GIVLAARI (GIVOSIRAN)
Alnylam Pharmaceuticals’ second RNAi-based therapeutic Givlaari 
was approved in the US and EU for adults with the ultra-rare disease 
acute hepatic porphyria (AHP). Givlaari is the first treatment proven 
to decrease the frequency of AHP attacks in adults and reduce 
chronic pain in patients – in Phase III, it reduced the rate of porphyria 
attacks by 74%. It works by specifically reducing elevated levels of 
aminolevulinic acid synthase 1 messenger RNA. 

BIOHAVEN PHARMACEUTICALS’ NURTEC ODT (RIMEGEPANT)
Nurtec ODT is the first and only calcitonin gene-related peptide 
(CGRP) receptor antagonist in an orally disintegrating tablet (ODT) 
approved by the US FDA for the acute treatment of migraine in 
adults. It has a unique mechanism of action that works by reversibly 
blocking CGRP receptors, to inhibit the CGRP neuropeptide. 
Delivered as a quick-dissolve oral tablet, Nurtec ODT starts working 
in 15 minutes and provides relief that can last up to 48 hours.

HORIZON THERAPEUTICS’ TEPEZZA (TEPROTUMUMAB)
Until the US approval of Tepezza in January, patients with thyroid eye 
disease – a serious vision-threatening rare autoimmune disease that 
is associated with proptosis (eye bulging), diplopia (double vision), 
blurred vision, pain, inflammation and facial disfigurement – had no 
licensed therapies, with surgery their only option. Tepezza is a fully 
human monoclonal antibody that targets the insulin-like growth 
factor-1 receptor and demonstrated significant improvements in 
proptosis and diplopia in clinical studies.

MERCK/EMD SERONO’S TEPMETKO (TEPOTINIB)
In March, tepotinib, an oral MET inhibitor discovered and developed 
in-house at Merck, became the first MET inhibitor to receive 
regulatory approval anywhere in the world (in Japan as Tepmetko). 
It is indicated for the treatment of advanced non-small cell lung 
cancer (NSCLC) harboring MET gene alterations – METex14 skipping 
is an oncogenic driver of an aggressive form of NSCLC with a poor 
prognosis for which no targeted therapies previously existed. 

VERTEX PHARMACEUTICALS’ TRIKAFTA (ELEXACAFTOR/
TEZACAFTOR/IVACAFTOR AND IVACAFTOR)
Vertex Pharmaceuticals’ triple therapy Trikafta combines the 
novel next-generation cystic fibrosis transmembrane conductance 
regulator (CFTR) corrector elexacaftor with the company’s CFTR 
corrector tezacaftor and CFTR potentiator ivacaftor. It received US 
approval last October for cystic fibrosis (CF) patients over 12 years 
with at least one F508del mutation in the CFTR gene, the most 
common CF-causing mutation. With the third drug added, Trikafta is 
expected to address 90% of CF patients, cementing the company’s 
dominance in the disease. 

Clinical Advance of the Year

This Scrip Award seeks to recognize success in a clinical trial 
of a new drug product expected to lead to an advance in healthcare. 

ASTRAZENECA’S PHASE III DAPA-HF TRIAL OF FARXIGA 
(DAPAGLIFLOZIN) FOR HEART FAILURE
Over the past decade there has been limited innovation in heart failure 
treatments. AstraZeneca’s DAPA-HF trial found that the SGLT2 inhibitor 
Farxiga reduced the risk of cardiovascular death or the worsening of heart 
failure by 26% versus placebo in adults with heart failure with reduced 
ejection fraction with and without type 2 diabetes. Following a fast-track 
designation and a priority review, Farxiga has now received expanded US 
approval in this setting. 

AURINIA PHARMACEUTICALS’ PHASE III TRIAL OF VOCLOSPORIN FOR 
LUPUS NEPHRITIS
Aurinia’s investigational treatment for the chronic kidney disease lupus 
nephritis (LN), voclosporin, produced uniformly positive pivotal clinical data 
in the Phase III AURORA study, to support its ongoing US filing. If approved, 
voclosporin would be only the second FDA-approved drug for lupus in 
60 years, and the first ever for LN. The data favored voclosporin over the 
standard-of-care across every subgroup analysis –important when certain 
minority populations are disproportionally affected by the disease.

BIOHAVEN PHARMACEUTICALS’ PHASE III NCTO3237845 TRIAL OF 
NURTEC ODT (RIMEGEPANT) FOR MIGRAINE
The clinical potential of the oral-dissolving tablet CGRP receptor antagonist 
rimegepant was highlighted in this 1,186-patient pivotal Phase III trial. The 
study, published in the New England Journal of Medicine, demonstrated 
that patients treated with a single 75mg dose experienced a broad 
spectrum of clinically meaningful benefits compared with placebo across 
multiple outcome measures, including co-primary endpoints of pain 
freedom and freedom from the most bothersome symptom at two 
hours post-dosing.

MERCK KGAA (EMD SERONO)’S PHASE II VISION TRIAL OF TEPOTINIB IN 
NSCLC WITH METEX14 SKIPPING ALTERATIONS
Merck’s oral MET inhibitor tepotinib was designed to have a highly selective 
mechanism of action. In a primary analysis of the ongoing VISION study 
in advanced or metastatic non-small cell lung cancer patients harboring 
METex14 skipping alterations and published in the New England Journal 
of Medicine in May, it showed meaningful clinical benefit with durable 
responses, consistent across different lines of treatment. The drug is now 
approved in Japan.

REGENERON’S PHASE III PALM TRIAL OF REGN-EB3 FOR EBOLA
The PALM trial of 681 Ebola patients in the Democratic Republic of the 
Congo was stopped early in August 2019 when preliminary results showed 
that Regeneron’s investigational triple antibody cocktail, REGN-EB3, crossed 
the pre-specified superiority threshold of preventing death compared with 
ZMapp. REGN-EB3 is an important advance for Ebola, where outbreaks 
historically have survival rates as low as 10%, providing a treatment where 
none existed. REGN-EB3 is now under priority review for US approval.

VERONA PHARMA’S PHASE II TRIAL OF ENSIFENTRINE IN COPD 
Verona Pharma’s first-in-class product candidate, ensifentrine, has the 
potential to be the first respiratory therapy that combines bronchodilator 
and anti-inflammatory activities in one compound. In January, Verona 
announced positive top-line data from a Phase IIb study with chronic 
obstructive pulmonary disease (COPD) in which ensifentrine demonstrated 
significant and clinically meaningful improvements in both lung function 
and COPD symptoms in patients with moderate to severe COPD. Important 
secondary endpoints, including quality of life, were also met. 
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