Thrombolytic therapy is effective in paroxysmal nocturnal hemoglobinuria:
a series of nine patients and a review of the literature
David J. Araten,* Rosario Notaro,? Howard T Thaler,® Nancy Kernan,* Farid Boulad,* Hugo Castro-Malaspina,®

Trudy Small,* Andromachi Scaradavou,* Heather Magnan,* Susan Prockop,* Sara Chaffee,® Jason Gonsky,’
Raymond Thertulien,® Roberto Tarquini,’ and Lucio Luzzatto®®

‘Division of Hematology, NYU School of Medicine, NYU Langone Cancer Center, and the New York VA Medical Center, New York, NY, USA;
2Laboratory of Cancer Genetics and Gene Transfer, Core Research Laboratory, Istituto Toscano Tumori (CRL-ITT), AOU Careggi, Florence,
Italy; *Department of Epidemiology and Biostatistics, Memorial Sloan Kettering Cancer Center, New York, NY, USA; “‘Department of
Pediatrics, Memorial Sloan Kettering Cancer Center, New York, NY, USA; *Division of Hematology, Memorial Sloan Kettering Cancer Center,
New York, NY, USA; ®Department of Pediatrics, Norris Cotton Cancer Center Dartmouth-Hitchcock Medical Center, New Lebanon, NH, USA;
"Division of Hematology, SUNY Downstate Medical Center and King’s County Hospital Center, Division of Hematology and Oncology,
Brooklyn, NY, USA; #Cancer Centers of North Carolina, Asheville, NC, USA; °Department of Internal Medicine, University of Florence,
Florence, Italy; *°Division of Hematology, University of Florence, Istituto Tuscano Tumori, Florence, Italy

Citation: Araten DJ, Notaro R, Thaler HT, Kernan N, Boulad E Castro-Malaspina H, Small T, Scaradavou A, Magnan H, Prockop S,
Chaffee S, Gonsky |, Thertulien R, Tarquini R, and Luzzatto L. Thrombolytic therapy is effective in paroxysmal nocturnal hemoglobinutia:
a series of nine patients and a review of the literature. Haematologica 2012;97(3):344-352. doi:10.3324/haematol.2011.049767

Online Supplementary Table S1. Summary of patients not receiving tPA.
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Pt | Age | F RBC | Puwg reic | WG | PLT | LDH Site of thromboses Reason for not giving tPA Outcome [
1 13 | F 10 0 50 0.5 9 9.1 48 301 Cerebeal vein IVC Bowel Surgical resection for mesenteric ischemia BMT-->death 1
2 43 IM| 1 1 28 1.9 34 | 111 ]| 123 N/A Cerebeal vein Pt declined LTFU 0
3 57 M 16 o 85 N/A N/A NfA /A N/A ovT Not indicated for DVT LTFU ]
Short bowel syndrome; death from refractory
4 42 F 18 o 100 13 3.6 9.6 114 794 Mesenteric vein Surgical resection for mesenteric ischemia aplasia 12
5 31 | M 21 o 50 0.2 0.3 5.3 16 N/A Splenic, Renal, IVC, Hepatic vein Hemorrhage from splenic rupture Death from hemorrhage 0
Collateralization, 5/p selective splenic artery
emballization for hypersplenism, stable on
6 32 8 15 40 23 21 | 124 74 363 Portal, Hepatic vein Old thromboses by time of referral b and fondaparinux 16
7 13 3 20 97 N/A | N/A | 9.8 36 436 Mesenteric vein Surgical resection for mesenteric fschemia BMT-->death 1
Long term complications of Budd Chiari Syndrome,
8 26 | F 26 0 92 15.9 9.8 9.9 514 | 3170 Hepatic Old thromboses by time of referral Death 6
9 32 F 23 6 98 2.3 158 | 89 108 | 2427 Mesenteric vein 0ld thromboses by time of referral Excellent 13
10 32 M 30 o 20 1.8 6.2 10.5 54 882 ovT Not indicated for DVT LTFU 0
Splenic, SMV, Portal, Hepatic,
11 23 | M| 32 0 91 4.1 5.1 9.5 127 | 1116 Pulmonary Embalus Asymptomatic at time of presentation LTFU 1
Hypersplenism treated by selective splenic
12 24 | F | 47 Q 73 0.3 114 | 107 26 1102 Splenic artery LTFU 2
13 16 | M| 52 5 98 37 5.9 10.6 87 1211 Portal vein Old thromboses by time of referral LTFU 0
14 21 F 45 15 80 3.1 3 10.9 103 N/A Hepatic vein, VG Recent of pregnancy Liver 8
15 43 F 60 o 82 3.2 85 9.8 103 972 ovT Not indicated for DVT Excellent 5
OVT of the upper extremities,
small vesseds involving small
16 42 | M 64 0 91 1.6 0.4 10.1 93 726 bowel, skin, epididymal wein. Thromboses not life threatening Death from aplasia and monosomy 7 1/2
Hepatic adenoma with suspicion far
17 34 | M| 72 a 96 4.9 9.5 | 108 | 110 | 1170 Hepatic vein b at time of Referral for liver i 1/2
Bane marrow transplantation for refractory aplastic
18 28 | F 72 o 97 8.4 5.4 10.6 62 996 Hepatic, Portal vein Insidious onset anemia 7
19 53 | M| 83 o 99 8.6 15.1 8.4 156 N/A Renal veln CVA 0ld thromboses by time of referral Sequelae of CVA, died, 5 months after thrombosis 1/2
20 36 F 67 21 98 4.8 17.6 7.8 132 N/A oA Old by time of referral Sequelae of CVA, died, 9 years after thrombosis 9
Hepatic, Portal, DVT, EVA Good, lower extremity post phelebitic changes,
21 28 | F 86 4 93 13.2 149 | 9.2 352 | 3370 (possibly venous) Old thromboses by time of referral stable on eculizumab and coumadin 24
22 25 M 1 99 99 3.8 N/A 13.1 314 N/A Portal, Splenic, Cerebeal vein Old thromboses by time of referral Excellent 9
Celiac, Subsclavian, Splenic,
23 L |F 18 o 78 33 86 | 101 | 198 | 1440 Portal, Hepatic vein Old thromboses by time of referral 12
24 31 | M 0 o 6 13 1.7 111 50 178 Retinal vein Not indicated BMT for aplastic anemla 1
e e rtal hyp
1.3x Portal , Splenic, Superior Severe thrombocytopenia, history of esophageal varices, gradual loss of PNH clone,
25 40 | F 4 N/A 54 1 36 8.7 15 nl mesenteric vein bleeding, unclear chronicity clinical improvement 7
26 | 24 | M| 43 N/A 84 3 38 | 111 | 132 | 3xnl Pulmonary embolus Not indicated for PE Excellent, on eculizumab 3
56x Recanalization on anticoagulation by time of
27 34 F 38 N/A 34 23 4.3 8.9 144 nl Hepatie, e vein referral Excellent on coumadin and eculizumab 4
2.7% | peripheral branches of Hepatic
28 38 F 23 N/A 57 18 3.1 9.6 83 nl wvein, Portal vein All thromboses were non-occulsive Excellent, on fondaparinux and eculizumab 5
L5x | yniateral non of unable to dif icon I loss of
29 37 F 12 N/A 35 1.9 1.1 10.4 68 nl transverse sinus radiologically from congenital variant PNH clone 7
Recurrent upper extremity DVT despite
1.7x on
30 |17 | M 5 N/A 33 1.7 2.7 8.9 29 nl Popliteal VT Not i d for DVT and ecull b 7
3.2x ¢ some on
31 42 | M| 10 1 92 2.5 2.1 111 29 nl Portal vein, Splenic vein 0Old thromboses by time of referral fondaparinux and eculizumab 3
34X | peripheral branches of portl Excellent, resolution with fondaparinux and
32 49 | F 8 84 95 15 2.7 113 | 124 nl wein, Pulmonary Embolus Not indicated for branch thromboses er PE eculizumab 1/2




