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Rate of disease progression during long-term follow-up of
patients with late-onset Pompe disease
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Abstract 
To determine the rate of disease progression in patients with late-onset Pompe
disease, we collected longitudinal data on pulmonary function and skeletal muscle
strength in 16 patients whose symptoms had started in childhood or adulthood. The
mean duration of follow-up was 16 years (range 4–29 years). During the follow-up
period, eight patients (50%) became wheelchair bound and three (19%) became
ventilator dependent. At a group level, pulmonary function deteriorated by 1.6% per
year, and proximal muscle weakness progressed gradually. At the individual level,
however, the rate and extent of progression varied highly between patients. In two
thirds of patients, pulmonary function and muscle strength declined simultaneously
and to the same extent. The remaining one third of patients showed a variable,
sometimes rapidly progressive course, leading to early respirator or wheelchair
dependency. These individual differences, especially in pulmonary dysfunction, indicate
the need for regular monitoring every 6–12 months depending on the rate of disease
progression.

Keywords: Pompe disease, Glycogen storage disease type II, Acid α-glucosidase, Late-onset,
Disease progression

http://www.nmd-journal.com/home
http://www.nmd-journal.com/article/S0960-8966(08)00706-2/abstract#
http://www.nmd-journal.com/user/forgotpassword
http://www.nmd-journal.com/search/advanced?search_medline=yes
http://www.nmd-journal.com/medline/search
http://www.nmd-journal.com/search/recentSearchList
http://www.nmd-journal.com/search/savedSearchList
http://www.nmd-journal.com/article/S0960-8966(08)00706-2/abstract#
http://www.nmd-journal.com/home
http://www.nmd-journal.com/current
http://www.nmd-journal.com/issues
http://www.nmd-journal.com/search
http://www.nmd-journal.com/aims
http://www.nmd-journal.com/edboard
http://www.nmd-journal.com/authorinfo
http://www.nmd-journal.com/abstracting
http://www.nmd-journal.com/contact
http://www.nmd-journal.com/societyinfo
http://www.nmd-journal.com/pricing
http://www.nmd-journal.com/rss
http://ad.doubleclick.net/click;h=v8/39de/0/0/%2a/r;44306;0-0;0;15041358;17929-126/75;0/0/0;;~sscs=%3f
http://ad.doubleclick.net/click;h=v8/39de/0/0/%2a/n;44306;0-0;0;15041358;27819-131/140;0/0/0;;~sscs=%3f
http://www.journals.elsevierhealth.com/periodicals/home
http://www.journals.elsevierhealth.com/periodicals/home/portals
http://www.elsevierhealth.com/
http://www.nmd-journal.com/issues?Vol=19
http://www.nmd-journal.com/issues/contents?issue_key=S0960-8966(09)X0002-7
http://www.nmd-journal.com/article/S0960-8966(08)00678-0/abstract
http://www.nmd-journal.com/article/S0960-8966(08)00702-5/abstract
http://www.nmd-journal.com/article/S0960-8966(08)00706-2/abstract#back-aff1
http://www.nmd-journal.com/article/S0960-8966(08)00706-2/abstract#back-aff2
http://www.nmd-journal.com/article/S0960-8966(08)00706-2/abstract#back-aff3
http://www.nmd-journal.com/article/S0960-8966(08)00706-2/abstract#back-aff4
http://www.nmd-journal.com/article/S0960-8966(08)00706-2/abstract#back-aff5
http://www.nmd-journal.com/article/S0960-8966(08)00706-2/abstract#back-cor1
http://www.nmd-journal.com/article/S0960-8966(08)00678-0/abstract
http://www.nmd-journal.com/article/S0960-8966(08)00702-5/abstract
http://www.elsevier.com/
http://www.nmd-journal.com/misc/privacy
http://www.nmd-journal.com/article/S0960-8966(08)00706-2/abstract#
http://www.nmd-journal.com/article/S0960-8966(08)00706-2/abstract#
http://www.nmd-journal.com/article/S0960-8966(08)00706-2/abstract#
http://www.nmd-journal.com/webfiles/helpfiles/periodicals_help.htm
http://www.nmd-journal.com/contact
javascript:openPopupWin('/imagesinfo','',400,200,200,200);
http://download.journals.elsevierhealth.com/ppt/journals/0960-8966/PIIS0960896608007062.ppt
http://www.nmd-journal.com/article/S0960-8966(08)00706-2/abstract#
http://www.nmd-journal.com/article/S0960-8966(08)00706-2/abstract#aff1
http://www.nmd-journal.com/article/S0960-8966(08)00706-2/abstract#aff2
http://www.nmd-journal.com/article/S0960-8966(08)00706-2/abstract#cor1
mailto:n.beek@erasmusmc.nl
http://www.nmd-journal.com/article/S0960-8966(08)00706-2/abstract#
http://www.nmd-journal.com/article/S0960-8966(08)00706-2/abstract#aff2
http://www.nmd-journal.com/article/S0960-8966(08)00706-2/abstract#
http://www.nmd-journal.com/article/S0960-8966(08)00706-2/abstract#aff3
http://www.nmd-journal.com/article/S0960-8966(08)00706-2/abstract#
http://www.nmd-journal.com/article/S0960-8966(08)00706-2/abstract#aff4
http://www.nmd-journal.com/article/S0960-8966(08)00706-2/abstract#
http://www.nmd-journal.com/article/S0960-8966(08)00706-2/abstract#aff2
http://www.nmd-journal.com/article/S0960-8966(08)00706-2/abstract#
http://www.nmd-journal.com/article/S0960-8966(08)00706-2/abstract#aff1
http://www.nmd-journal.com/article/S0960-8966(08)00706-2/abstract#
http://www.nmd-journal.com/article/S0960-8966(08)00706-2/abstract#aff5
http://www.nmd-journal.com/search/quick?search_area=journal&search_text1=Pompe%20disease&restrictName.nmd=nmd
http://www.nmd-journal.com/search/quick?search_area=journal&search_text1=Glycogen%20storage%20disease%20type%20II&restrictName.nmd=nmd
http://www.nmd-journal.com/search/quick?search_area=journal&search_text1=Acid%20%CE%B1-glucosidase&restrictName.nmd=nmd
http://www.nmd-journal.com/search/quick?search_area=journal&search_text1=Late-onset&restrictName.nmd=nmd
http://www.nmd-journal.com/search/quick?search_area=journal&search_text1=Disease%20progression&restrictName.nmd=nmd

