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PRODUCT PIPELINE  |  NON-FACTOR COAGULATION PRODUCTS (SEPTEMBER 2, 2020) 

NAME COMPANY TYPE CLINICAL TRIALS DESCRIPTION 

Fitusiran (ALN-AT3) 

Sanofi (previously 
Alnylam Pharmaceuticals 
Inc. in alliance with 
Genzyme) 

A subcutaneously delivered 
RNAi therapeutic. It has the 
potential to be used in a 
number of bleeding disorders, 
including in patients with 
inhibitors to FVIII and IX.  

The FDA has granted orphan drug status 
to this compound for both hemophilia A 
and B. 

In December 2016, Alnylam announced 
that once-monthly subcutaneous 
administration of fitusiran achieved 
potent and dose-dependent lowering of 
antithrombin (AT) and increases in 
thrombin generation in patients with 
hemophilia A or B with and without 
inhibitors.  

During a Phase 1 trial in mid-2017, 
however, the company announced the 
death of one of the 34 trial subjects due 
to an intracranial clot. The trial was put 
on temporary hold.  

In November 2017, Alnylam announced it 
had agreed with the regulator, the U.S. 
FDA, to stricter safety measures and risk 
mitigation strategies. The trial re-started 
in 2018. 

In June 2020, Sanofi announced results of 
a Phase 2 extension study. Once-monthly 
subcutaneous administration of fitusiran 
at two fixed dose levels, 50 mg and 80 
mg, was given to 33 patients for a period 
of up to 57 months. Median annual 
bleeding rates fell to 0.84. 

Results of the Phase 3 ATLAS trial are 
expected in the first half of 2021.  

ALN-AT3 aims to correct the hemostatic 
imbalance in hemophilia by reducing 
antithrombin, an endogenous 
anticoagulant, thus increasing thrombin 
generation and improving hemostasis. 
with once-a-month subcutaneous dosing.  

BAY1093884 Bayer 

BAY 1093884 is a fully human 
monoclonal antibody against 
tissue factor pathway inhibitor 
(TFPI) developed as a bypass 
agent for patients with 
hemophilia with or without 
inhibitors.  

A Phase 1, multicentre, open label, single 
escalating dose study in subjects with 
severe hemophilia  A or B, with or without 
inhibitors, to investigate the safety, 
tolerability and pharmacokinetics after 
intravenous (IV) and subcutaneous (SC) 
administration of increasing single doses 
and SC administration of multiple doses 
of BAY1093884. 

In September 2019, Bayer stopped the 
trial because of thrombotic events related 
to the drug.  

BAY 1093884 restores insufficient 
thrombin burst, leading to stable clot 
formation in hemophilic conditions in 
vitro, and effectively stops bleeding in 
vivo. It can be administered 
subcutaneously.  
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Marstacimab 
(previously PF‐
06741086) 

Pfizer 

Marstacimab is a human 
monoclonal antibody which 
acts against the anti-tissue 
factor inhibitor to re-balance 
hemostasis and thrombosis.  

This so-called anti-TFPI is being 
studied as an alternative 
approach to factor 
replacement therapy for 
hemophilia A and B, both with 
and without inhibitors.  

A first‐in‐human Phase 1 clinical trial 
(NCT02531815) demonstrated the safety, 
tolerability, and favorable distribution in 
the body of the therapy in healthy 
volunteers.  

A Phase 1/2 trial (NCT02974855), recently 
completed, evaluated the safety and 
efficacy of multiple subcutaneous (under 
the skin) and/or intravenous (into the 
vein) doses in adults with severe 
hemophilia.  

Pfizer also has plans for a Phase 3 trial 
(NCT03938792) in the U.S. to test 
marstacimab in teenagers and adults from 
12 to 74 years of age.  

N.B. Clinical trials for two other similar 
anti-TFPIs, BAY 1093884 from Bayer, and 
concizumab from Novo Nordisk, were 
halted in September 2019 and March 
2020 respectively.  The Novo Nordisk 
trial has subsequently re-started. 

In both trials, multiple patients 
experienced thrombotic events.  

Concizumab Novo Nordisk 

Concizumab is a humanized 
monoclonal antibody against 
tissue factor pathway inhibitor 
(TFPI). It is being developed as 
a subcutaneously administered 
treatment for hemophilia A 
and B. 

The Phase 2 Explorer 4 and 5 trials 
showed proof of concept in patients with 
hemophilia And B with and without 
inhibitors. No thrombotic events were 
reported. 

However, during the Phase 3 trial, three 
patients developed non-fatal thrombotic 
events. The trial was halted in March 
2020, and then re-started in August 2020 
after the FDA agreed to new safety 
measures and guidelines.  

Concizumab is a high-affinity, anti-tissue 
factor pathway inhibitor monoclonal 
antibody. It allows the body to generate 
adequate amounts of factor Xa to ensure 
effective hemostasis.  

 
 

https://clinicaltrials.gov/ct2/show/NCT02531815?cond=PF%E2%80%9006741086&rank=4
https://clinicaltrials.gov/ct2/show/NCT02974855?cond=PF%E2%80%9006741086&rank=2
https://clinicaltrials.gov/ct2/show/NCT03938792?cond=PF%E2%80%9006741086&rank=3

