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Countermeasures of six difficult-to-wean patients with severe glycogen storage disease
type |l
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[Abstract] Objective To explore the treatment of difficult-to-wean patients with glycogen storage
disease type Il (GSD II') complicated with respiratory failure. Methods A total of 6 patients with GSD II
(3 children and 3 infants) who were admitted due to weak respiratory muscle and had difficulty in weaning
off ventilator were treated in our hospital from October 2015 to September 2017. They received
comprehensive treatment of antibiotics for ventilator - associated pneumonia, encouraging voluntary
expectoration, respiratory muscle exercises, nutrition strengthening, psychological support, and enzyme
replacement treatment (ERT) by using recombinant human acid «-glucosidase [rhGAA, 20 mg/(kg - time),
once/biweekly|. These patients gradually transformed from invasive ventilator at biphasic positive airway
pressure (BiPAP) mode and continuous positive airway pressure (CPAP) mode to non-invasive ventilator and
high flow oxygen therapy. Results The respiratory function and limb muscle strength of all patients were
improved after ERT and sequential weaning. With comprehensive treatment, 3 patients weaned off
ventilator, one patient underwent endotracheal intubation, and 2 patients died. Conclusions With
comprehensive treatment of preventing ventilator - associated pneumonia, respiratory muscle exercises,
nutrition strengthening, and ERT using rhGAA, the respiratory function and limb muscle strength were
improved in GSD Il patients. Programmed weaning procedure increases the treatment success rate of
difficult-to-wean patients.

[Key words] Glycogen storage disease type II; Respiratory insufficiency; Ventilator weaning;
Enzyme replacement therapy
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Table 1. Clinical data of 6 patients with GSD Il
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GSD 1T, glycogen storage disease type Il , Bl IEFUR 1T B ; GAA , acid a-glucosidase , BR 1 o- 74 11 i

Mechanical ventilation and ERT of 6 patients with GSD Il
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H s X B & AR ()

B 25 1 I
sensory nerve conduction velocity(SNCV)
LR -2 R periodic acid-Schiff(PAS)
FIE G A high throughput screening(HTS)
SIJEH toxoplasma(TOX)
Y)REIEHE  functional connectivity(FC)
HRAMRBARE  glutamic acid decarboxylase(GAD)
FETEFEXH oligoclonal bands(OB)
Tz fEE R Generalized Anxiety Disorder Scale(GAD)
[E briz sh fE G244 Movement Disorder Society(MDS)

[ 28 i 25 i W A LR R

China Food and Drug Administration(CFDA)
PUE R4 5 Hamilton Anxiety Rating Scale(HAMA)
DU IR WA AR 4k 2 24 11

Hamilton Depression Rating Scale-24 Items(HAMD-24)
AYNMEUIRESE  erythrocyte sedimentation rate(ESR)
VAR IE TR

positive end-expiratory pressure ventilation(PEEP)
IBEMERE  cyclophosphamide(CTX)
[FIPE ] echo time(TE)
T P78 3 BEE A 0 T T[]

activated partial thromboplastin time( APTT)
WLER i  creatine kinase(CK)
WLER B4 ] T/ creatine kinase isoenzyme MB(CK-MB)
WL M R L AE  amyotrophic lateral sclerosis(ALS)
HFERRRILEZSIT voxel-based morphometry( VBM)

- /)~ TE] HiL -

WALFENR TR very-long-chain fatty acids( VLCFAs)
acute multiple ischemic lesions located in more than
one vascular territories(AMIMCT)

AR 8 ZR AL

acute respiratory distress syndrome( ARDS)
VRN S BTV B 28 B SR IE

acute parenchymal neuro-Behget’s syndrome( APNBS)
BHEVENIZESRIE  spinal muscular atrophy(SMA)
HHE SRR A

subacute combined degeneration of the spinal cord(SCD)
R TR L 45 ) 2% T AL AE

familial amyotrophic lateral sclerosis(fALS)
FH 208 methotrexate( MTX)
LN MR JKAE  methylmalonic aciduria( MMA)

PR B P9 W A 22 o
methylmalonyl-coenzyme A mutase( MCM)

N-HJE-D- R4 %M  N-methyl-D-aspartate(NMDA)
N- 1 E-D- K& H R Z I
N-methyl-D-aspartate receptor(NMDAR)
FRAR T AP thyroid peroxidase(TPO)
HURBREKREE T thyroglobulin(TG)
i) 2 B e R A A A R
Mini-Mental State Examination( MMSE)
BANZEAAE  stiff-person syndrome(SPS)
Beck f2JE 5% Beck Anxiety Inventory(BAT)
Befh B (I CE 1-2  contactin-associated protein 2(Caspr2)



