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PATIENT CASE REPORT Registry ID: 1100

Demographic Information
i Pt

- Date of First Infusion- E’E

Initials: Splenectomy Status: )

Date of Birth- Date of Splenectomy:

Age: Dhsease Type:

Sex: Genotype:

Fowr patiests ot om ERT, fiest assessiment is besed on the easliest reoonded date from Hemsindogy, Viscernl Organs, or Vil Sagra

Enzyme Replacement Therapy History

Frarst Diose: 60.0 Last Doz=: 350
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Months Since 1st Infusion

The prevecely recoded dose valoe e cammed forwand when oo atemn dose vadoe (& meaing, Lase Dose: 000 8 gnifies o treatmisn nesmtin.
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The age-specific percesmies for moomeal growth are provided (NCHS, 1979,
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Hematology
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- Multiples of Normal Calculations: Liver - Acmal Volume(ec) / (Wei x 13)
Spleen = Acma] Vohmmedee) /(W b

- Diata points in Visceral Organ graphs represent MEICT  « ) and Ultmasound § < ) only.

- Ulirasomnd vefumeiric conversions were caleulated using the following fommuilas: Liver ec = 32025 + (0317 x 3 dimensions)
* Elstein, et 2l , 1987 Spleen oc = 53850 + (0,344 x 3 dimensions)

- For pormal range informarion, please refer to your institution”s Lab Mormal Ranpes.
- Diafa under review are not presenied in the above praphs.



- Diata points in Visceral Organ graphs represent MEICT  « ) and Ultmasound § < ) only.
- Ulirasomnd vefumeiric conversions were caleulated using the following fommuilas: Liver ec = 32025 + (0317 x 3 dimensions)

Spleen oc = 53850 + (0,344 x 3 dimensions)
- For pormal range informarion, please refer to your institution”s Lab Mormal Ranpes.

* Elstein, et al, 1997

- Diafa under review are not presenied in the above praphs.
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Visceral Organs
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Appendix: Supporting Tables

Table 1: Visceral Organs

Spleem Liver
Diat Months Since 1st Method of Weight R 1 Vol Caleulated | Multples | Splemo- R ted Vol Caleulated | ) 5 | Hepato-
Infsiom, Azzezzment kg % Vahee of Mormal | megaly L Valus of Mormal | megzaly
23-MAR-1992 278 YES YES
06-DEC-1992 -19.4 MEI 150 YES
T
08-X{AR-1993 -16.4 CT 165 RS ]E:':{l kS T46.8 131
14-3{AR-1997 -16.2 MEI 165 51L 510 1545 HL 810 194G
"SFLENIC i s
18-0CT-1093 - MEI 165 | ey OF 1020 ITXIDX 6 CM 4.2 156
15-TUL-15954 4.1 CT 178 I6X6X 12 CM 93579 2629
02-FEB-1096 185 MRI ayy | BRESEES | mame: | rem
26-3AR-1994G X3 s 5.0CM J0CM
24-0CT-19%6 pLf FE 4 0 YB3 B CM YES
15-MAR-1997 32 PE B CM YES 10 CM YHS
- o & 115CMX 13 CM i -
30-TUL-1987 36.4 MEI [32.0] 17CM ¥ 16 OM 1079.12 [1.35]
27-MOV-1997 0.4 FE 4O 7o
1EN . I3BX115CM
15-3AY-1008 459 MEI M, L i YES | MAX LENGTH: 15 YES
1750 o
11-JI-1998 468 FE i Chd 11CM
05-X0WV-1993 516 FE 3CM NO 2CM NO

Muldples of normal are caleulated using the nearest weight within 3 months (Child) or 6 months (Adult) of Date of Asseszment. When that weipght ocours more than 6 months from the
Diate of Assessment, the value for the weizht and the Muldple of MNormal are bracketed.

Table 2: Bone - Pain, Crisis and Mobility

Date M‘“ﬁﬂg;& 1S | Poome Pain Severity Bome Crisis m;ﬂfms Mohility
HISTORY YES NO UNRESTRICTED
33 TAN-1002 290 NO

73 MAR-1092 279 NO

03-MAR-1993 164 UNRESTRICTED
14 MAR-1093 1162 UNRESTRICTED
30-APR-1003 1486 YES SEVERE N0

14 MAR-1994 42 UNRESTRICTED
23 ADR-1004 37 YES SEVERE NO

15-TUL- 1994 01 UNRESTRICTED
02-AUG-1004 05 NO

30-AUG-1004 14 YES MID NO

13-5EP-1004 18 NO

11-0CT-1094 28 NO

0E-NOV-1094 37 NO

77-NOV-1994 41 YES MID NO

06 DEC-1004 16 NO

20-DEC-1004 51 NO

03-TAN-1005 55 YES MODERATE NO

31-JAN-1905 6.4 YES MILD NO

2% FEE-1995 74 NO

13-MAR-1995 78 NO

28 MAR-1095 53 NO NO

35-APR-1005 92 YES MILD NO




PATIENT CASE REPORT Registry ID: 1100

Months Since 1st ; y o #of s
Diate Tnfasion Bome Pain Sewerity Borne Cr=is Oc L hobility
09-3A%-1905 2.7 WO
23-MAY-1005 101 WO
2T-TUL-1995 123 YES MILD MO
12-OCT-1985 1438 WO
J0-TAN-1906 184 HO
02-FEB-1994 185 LUINRESTRICTED
26-MAR.-19946 20.3 MO WO IWRESTRICTED
18-AFF-19046 21 WO
18-TL-1994 X WO
24-OCT-1904 X1z il WO
18-MAR-1997 32 ot WO
30-TUL-1997 364 LU'NRESTRICTED
(-X0V-1997 R4 NO
27-M0OV-1997 404 il WO UNRESTRICTED
NOT MOT z
27-JAN- 2
27-JAM-1998 414 ASSESSED ASSESSED WOT ASSESSED
! NOT MOT .
02-FEB-1998 4214 ASSESSED ASSESSED WNOT ASSESSED
11-T-1998 468 MO WO LNEESTRICTED
05-X0WV-1993 514 YES VERY MILD WO UNRESTRICTED
10-FER-1999 5438 WO WO IINRESTRICTED
Table 3: Radiologic Skeletal Manifestations
Findings Since Comparison Date
: : Asseszment 0 bdomths Simce ; Area of f g : ;
bdanifesations i Tnfusi
Method Visit Diate Yk i Finding Tnvals Side (L/E) Compare Diate Left Side Euizht Side
FROMIMAL
MARROW INFILTRATION | MEI 14-1IAR-1994 42 PRESENT | FEMORAL BOTH NEW NEW
METAPHY SIS
14-MAR-1994 42 PRESENT | DIAPHYSIS BOTH MNEW NEW
= GREATER =
14-:{AR-1994 42 PRESBENT TROCHANTER. BOTH NEW WEW
DISTAL
14-MAR-1994 42 PRESENT | FEMOFRAL BOTH MEW WEW
EPFIFHY SIS
CAPITAL
14-M{AR-1994 42 PRESENT | FEMORAL BOTH NEW NEW
EPIPHY SIS
14-3MAR-1994 42 PRESENT | HIPS TO EMEES | BOTH NEW NEW
DISTAL
14-MAR-1994 42 PRESENT | FEMOFRAL BOTH NEW WEW
METAPHY SIS
GREATER
3 FER-
02-FEB-1994 185 PRESBENT TROCHANTER BOTH
02-FEB-1994 185 PRESENT | DIAPHYSIS BOTH
FROMNIMAL
02-FEB-1994 185 FRESENT | FEMOFRAL BOTH
METAPHY SIS
CAFITAL
02-FEB-1994 185 PRESENT | FEMOEAL BOTH
EFIFHY SIS
DISTAL
02-FEB-1994 185 PRESENT | FEMORAL BOTH
EFIFHY SIS
02-FEB-1994 185 FRESENT | HIPS TOEMEES | BOTH
DISTAL
2-FEB-1994 185 PRESENT | FEMOFRAL BOTH
METAPHY SIS
30-TUL-1997 364 PRESENT | HIPS TOEMEES | BOTH
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Findimgs Smes Comparison Date
: y Aszessment : Months Since . Area of . . . :
Manifestations Method Wisit Date 15t Ffsion Finding Tnwol - Side (L) Compare Date Left Side Bizht Side
MARROW INFILTRATION | MEI 30-TUL-1987 354 PRESEMT e BOTH 02-FEB-1994 STABIE STARLE
' ] TROCHANTER i
30-TUL-10487 364 ERESEMT DIAPHY 515 BOTH 02-FEB-1994 STABIE ETARIE
PROMNIMAL
30-TUL-1987 354 PRESENT FEROFAL BOTH 02-FEB-1994 STABIE STARLE
METAPHY SIS
15-MAY-1008 4509 PRESEMT HIFS TO EMEES | BOTH 30-TUL-1997 STABIE STABRIE
PROMNTMAL
15-3{4Y- 1008 450 BRESEMT FEMOR AT BOTH 30-TUL-1997 S5TAHIE STARLE
METAPHYSIS
DISTAL
15-5{AY-1008 450 PFRESEMT FEMOFAL BOTH 30-TUL-1997 STABIE STAHLE
METAPHY SIS
LYTIC LESIONS MEI 0E-LIAR-1003 -154 FRESEMT
14 M{AR-1993 -162 PEESEMT
ERIENMEYER. FLASE y
DERORMITY MEI 08-MAR-1993 -16.4 PRESEMT FEMUER LUNENOWN
14 MAR-1993 -162 PRESEMT FEMUE UNENOWH
Table 4: Chronic Diseases
Diate of Omszet | Date Resolved | Pror To BERET | Category Dhsease
I6-MAR-1006 NO OTHER. DISEASES ABDOMINAT. PATN
Table 5: Surgical Procedures
e of Drior oERT | Procedure Site Location
Procedure

Mo Values Available




