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Abstract
In a phase 2 study, dexpramipexole (25-150 mg twice daily) was well

tolerated for up to 9 months and showed a significant benefit at the high dose in a
combined assessment of function and mortality in patients with amyotrophic lateral
sclerosis. We aimed to assess efficacy and safety of dexpramipexole in a phase 3 trial of
patients with familial or sporadic disease.

In our randomised, double-blind, placebo-controlled phase 3 trial
(EMPOWER), we enrolled participants aged 18-80 years (with first amyotrophic lateral
sclerosis symptom onset 24 months or less before baseline) at 81 academic medical
centres in 11 countries. We randomly allocated eligible participants (1:1) with a
centralised voice-interactive online system to twice-daily dexpramipexole 150 mg or
matched placebo for 12-18 months, stratified by trial site, area of disease onset (bulbar
vs other areas), and previous use of riluzole. The primary endpoint was the combined
assessment of function and survival (CAFS) score, based on changes in amyotrophic
lateral sclerosis functional rating scale-revised (ALSFRS-R) total scores and time to
death up to 12 months. We assessed the primary endpoint in all participants who
received at least one dose and had at least one post-dose ALSFRS-R measurement or
died. We monitored adverse events in all participants. This study is registered with
ClinicalTrials.gov, number NCT01281189.

Between March 28, 2011, and Sept 30, 2011, we enrolled 943 participants
(474 randomly allocated dexpramipexole, 468 randomly allocated placebo, and one
withdrew). Least-square mean CAFS scores at 12 months did not differ between
participants in the dexpramipexole group (score 441·76, 95% CI 415·43-468·08) and
those in the placebo group (438·84, 412·81-464·88; p=0·86). At 12 months, we noted no
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differences in mean change from baseline in ALSFRS-R total score (-13·34 in the
dexpramipexole group vs -13·42 in the placebo group; p=0·90) or time to death (74 [16%]
vs 79 [17%]; hazard ratio 1·03 [0·75-1·43]; p=0·84). 37 (8%) participants in the
dexpramipexole group developed neutropenia compared with eight (2%) participants in
the placebo group, and incidence of other adverse events was similar between groups.

Dexpramipexole was generally well tolerated but did not differ from
placebo on any prespecified efficacy endpoint measurement. Our trial can inform the
design of future clinical research strategies in amyotrophic lateral sclerosis.

Biogen Idec.

Copyright © 2013 Elsevier Ltd. All rights reserved.

Comment in
The murky path to drug discovery in ALS becomes clearer.  [Lancet Neurol. 2013]

PMID: 24067398 DOI: 10.1016/S1474-4422(13)70221-7

[PubMed - indexed for MEDLINE]

PubMed Commons

0 comments

GETTING STARTED
NCBI Education

NCBI Help Manual

NCBI Handbook

Training & Tutorials

Submit Data

RESOURCES
Chemicals & Bioassays

Data & Software

DNA & RNA

Domains & Structures

Genes & Expression

Genetics & Medicine

Genomes & Maps

Homology

Literature

Proteins

Sequence Analysis

Taxonomy

Variation

POPULAR
PubMed

Bookshelf

PubMed Central

PubMed Health

BLAST

Nucleotide

Genome

SNP

Gene

Protein

PubChem

FEATURED
Genetic Testing Registry

PubMed Health

GenBank

Reference Sequences

Gene Expression Omnibus

Map Viewer

Human Genome

Mouse Genome

Influenza Virus

Primer-BLAST

Sequence Read Archive

NCBI INFORMATION
About NCBI

Research at NCBI

NCBI News

NCBI FTP Site

NCBI on Facebook

NCBI on Twitter

NCBI on YouTube

Publication Types, MeSH Terms, Substances, Secondary Source ID

LinkOut - more resources

together

MedGen

PubChem Compound (MeSH
Keyword)

Cited in PMC

Recent Activity

See more...

ClearTurn Off

Dexpramipexole versus
placebo for patients withPubMed

You are here: NCBI > Literature > PubMed Support Center

https://www.ncbi.nlm.nih.gov/
https://www.nlm.nih.gov/
https://www.ncbi.nlm.nih.gov/pubmedcommons/
https://www.ncbi.nlm.nih.gov/pubmedcommons/help/join/
https://www.ncbi.nlm.nih.gov/pubmed/24067399
https://dx.doi.org/10.1016/S1474-4422(13)70221-7
https://www.ncbi.nlm.nih.gov/home/learn.shtml
https://www.ncbi.nlm.nih.gov/books/NBK3831/
https://www.ncbi.nlm.nih.gov/books/NBK143764/
https://www.ncbi.nlm.nih.gov/home/learn.shtml
https://www.ncbi.nlm.nih.gov/home/submit.shtml
https://www.ncbi.nlm.nih.gov/guide/chemicals-bioassays/
https://www.ncbi.nlm.nih.gov/guide/data-software/
https://www.ncbi.nlm.nih.gov/guide/dna-rna/
https://www.ncbi.nlm.nih.gov/guide/domains-structures/
https://www.ncbi.nlm.nih.gov/guide/genes-expression/
https://www.ncbi.nlm.nih.gov/guide/genetics-medicine/
https://www.ncbi.nlm.nih.gov/guide/genomes-maps/
https://www.ncbi.nlm.nih.gov/guide/homology/
https://www.ncbi.nlm.nih.gov/guide/literature/
https://www.ncbi.nlm.nih.gov/guide/proteins/
https://www.ncbi.nlm.nih.gov/guide/sequence-analysis/
https://www.ncbi.nlm.nih.gov/guide/taxonomy/
https://www.ncbi.nlm.nih.gov/guide/variation/
https://www.ncbi.nlm.nih.gov/pubmed/
https://www.ncbi.nlm.nih.gov/books/
https://www.ncbi.nlm.nih.gov/pmc/
https://www.ncbi.nlm.nih.gov/pubmedhealth/
https://blast.ncbi.nlm.nih.gov/Blast.cgi
https://www.ncbi.nlm.nih.gov/nucleotide/
https://www.ncbi.nlm.nih.gov/genome/
https://www.ncbi.nlm.nih.gov/snp/
https://www.ncbi.nlm.nih.gov/gene/
https://www.ncbi.nlm.nih.gov/protein/
https://pubchem.ncbi.nlm.nih.gov/
https://www.ncbi.nlm.nih.gov/gtr/
https://www.ncbi.nlm.nih.gov/pubmedhealth/
https://www.ncbi.nlm.nih.gov/genbank/
https://www.ncbi.nlm.nih.gov/refseq/
https://www.ncbi.nlm.nih.gov/geo/
https://www.ncbi.nlm.nih.gov/mapview/
https://www.ncbi.nlm.nih.gov/genome/guide/human/
https://www.ncbi.nlm.nih.gov/genome/guide/mouse/
https://www.ncbi.nlm.nih.gov/genomes/FLU/
https://www.ncbi.nlm.nih.gov/tools/primer-blast/
https://www.ncbi.nlm.nih.gov/Traces/sra/
https://www.ncbi.nlm.nih.gov/home/about/
https://www.ncbi.nlm.nih.gov/research/
https://www.ncbi.nlm.nih.gov/news/
ftp://ftp.ncbi.nlm.nih.gov/
https://www.facebook.com/ncbi.nlm
https://twitter.com/ncbi
https://www.youtube.com/ncbinlm
https://www.nlm.nih.gov/
https://www.nih.gov/
https://www.hhs.gov/
https://www.usa.gov/
https://www.ncbi.nlm.nih.gov/pubmed?LinkName=pubmed_pubmed_alsoviewed&from_uid=24067398
https://www.ncbi.nlm.nih.gov/medgen?LinkName=pubmed_medgen&from_uid=24067398
https://www.ncbi.nlm.nih.gov/pccompound?LinkName=pubmed_pccompound_mesh&from_uid=24067398
https://www.ncbi.nlm.nih.gov/pccompound?LinkName=pubmed_pccompound_mesh&from_uid=24067398
https://www.ncbi.nlm.nih.gov/pmc/articles/pmid/24067398/citedby/?tool=pubmed
https://www.ncbi.nlm.nih.gov/sites/myncbi/recentactivity
javascript:historyDisplayState('ClearHT')
javascript:historyDisplayState('HTOff')
https://www.ncbi.nlm.nih.gov/portal/utils/pageresolver.fcgi?recordid=5824d1b2c4417d8e33b958f8
https://www.ncbi.nlm.nih.gov/portal/utils/pageresolver.fcgi?recordid=5824d1b2c4417d8e33b958f8
https://www.ncbi.nlm.nih.gov/guide/
https://www.ncbi.nlm.nih.gov/guide/literature/
https://support.nlm.nih.gov/ics/support/ticketnewwizard.asp?style=classic&deptID=28054&category=pubmed&Ncbi_App=entrez&Db=pubmed&Page=abstract&Snapshot=%2Fprojects%2Fentrez%2Fpubmed%2FPubMedGroup@1.96&Time=2016-11-10T14:59:46-05:00&Host=portal202&ncbi_phid=396A1A87824D138100000000004E001E&ncbi_session=396A1A87824D1B21_0078SID&from=https%3A%2F%2Fwww.ncbi.nlm.nih.gov%2Fpubmed%2F24067398&report=abstract&querykey=1&query=1%20selected%20item:%2024067398;%20Page%20number:%201;%20Page%20size:%2020&pmid=24067398


Dexpramipexole versus placebo for patients with amyotrophic lateral sclerosis (EMPOWER): a randomised, double-blind, phase 3 trial. - PubMed - NCBI

https://www.ncbi.nlm.nih.gov/pubmed/24067398?dopt=Abstract[11/10/2016 3:00:34 PM]

8600 Rockville Pike, Bethesda MD, 20894 USA
Policies and Guidelines | Contact

https://www.ncbi.nlm.nih.gov/home/about/policies.shtml
https://www.ncbi.nlm.nih.gov/home/about/contact.shtml
https://www.nlm.nih.gov/
https://www.nih.gov/
https://www.hhs.gov/
https://www.usa.gov/

	nih.gov
	Dexpramipexole versus placebo for patients with amyotrophic lateral sclerosis (EMPOWER): a randomised, double-blind, phase 3 trial. - PubMed - NCBI


	QwNjczOTg/ZG9wdD1BYnN0cmFjdAA=: 
	EntrezForm: 
	term: 
	button2: 
	select1: [pubmed]
	button0: 
	button0_(1): 
	button0_(1)_(2): 




