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Healthy control
6 months on ERT) (untreated, 5-6 yrs old)

�D�ì�í�í�W���E�}�À���o���'�����•�������Z�d���Á�]�š�Z���W�Z�}�•�‰�Z�}�Œ�Ç�o���š�������E�r�P�o�Ç�����v�•��
���v�����o���•�������o�o�µ�o���Œ���h�‰�š���l�����]�v�š�}���E�����Œ�o�Ç�����o�o�������o�o���d�Ç�‰���•���À�]�������/�r�D�W�Z��

�K�o�]�P�}�•�������Z���Œ�]�����•�� ���Œ���� �(�µ�v�����u���v�š���o�o�Ç�� ���]�•�Ÿ�v���š�� �š�Z���v�� �}�š�Z���Œ�� �'�����•���� ���Z�d�•�� ���v���� �u�}�Œ���� �Œ���‰�Œ���•���v�š���Ÿ�À���� �}�(�� �}�š�Z���Œ��
soluble lysosomal enzymes

�E�õ�ì�9���}�(���š�Z�����E�r�o�]�v�l�������P�o�Ç�����v�•���(�}�µ�v�����}�v���D�ì�í�í�����Œ�����‰�Z�}�•�‰�Z�}�Œ�Ç�o���š�����X���t�]�š�Z���E�ò�ì�9�������]�v�P�����]�•�r�‰�Z�}�•�‰�Z�}�Œ�Ç�o���š������
�Œ���•�µ�o�Ÿ�v�P���]�v���À���Œ�Ç���Z�]�P�Z�����8�v�]�š�Ç���~�D�ñ���v�D���<���•���(�}�Œ���š�Z�������/�r�D�W�Z���š�Z���š�����v�•�µ�Œ�������8���]���v�š�������o�o�µ�o���Œ���µ�‰�š���l��

�D�ì�í�í���]�•���•�]�P�v�]�.�����v�š�o�Ç���u�}�Œ�����•�š�����o�������v�����Z���•���Z�]�P�Z���Œ���•�‰�����]�.���������Ÿ�À�]�š�Ç���š�Z���v���t�d���'�����•����

Ligand Binding affi nity 
(Apparent KD; nM)*

bis-phos phory lated N-glycan 2

mono -phos phory lated N-glycan >6000

compl ex type N-glycan No bindi ng

mono-PO4
N-glycan

complex-type
N-glycan

bis-PO4
N-glycan

PTase Act ivi tyWestern Blo tting- PTase

Healthy control Pompe Patient 

old)

* �Dand �Emust be cleaved at the 928th position to achieve the active conformation
�i �Jsubunit must bind here to achieve active conformation
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This data suggests that a well phosphorylated rhGCase (M011) may be a viable treatment approach for 
Type I Gaucher

Int J Mol Sci. 2017 Feb 17;18(2)
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Strain: D409V/null Gaucher Mouse Model
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Age-matched WT and untreated controls
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Strain: D409V/null Gaucher Mouse Model
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Age-matched WT and untreated controls
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Treatment Route Dose 
(mg/kg)

��ma�Æ AU��
(nmol/ml/hr)

T1�l�î
(min)

(nmol/ml/hr) (nM)

M011 �= IFG IP 6 �= �ï0 14,218 757 903,478 1�ð

M011 �= IFG IP �õ �= �ï0 18,846 1,003 1,501,264 1�ï

M011 I�s 6 40,941 2,180 780,947 6

M011 I�s 1�X�ñ 15,552 828 146,908 �ô

Imigluceraase I�s 1�X�ñ 2,136 113 13,456 �ñ


